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The information in this preliminary prospectus is not complete and may be changed. We may not sell these securities until the registration statement filed with the
Securities and Exchange Commission is effective. This preliminary prospectus is not an offer to sell these securities and we are not soliciting offers to buy these securities
in any jurisdiction where the offer or sale is not permitted.

SUBJECT TO COMPLETION, MAY 25, 2018
PRELIMINARY PROSPECTUS

Shares

AVROBIO

Common Stock

We are offering shares of our common stock. This is our initial public offering and no public market currently exists for our common
stock. We expect the initial public offering price to be between $ and $ per share. We intend to apply to list our common stock on The
Nasdaq Global Market under the symbol “AVRO.”

We are an “emerging growth company” as defined in Section 2(a) of the Securities Act of 1933 and will be subject to reduced public company
reporting requirements. See “Prospectus Summary—Implications of Being an Emerging Growth Company.”

Investing in our common stock involves a high degree of risk. Please read “Risk Factors” beginning on page 10 of this
prospectus.

Neither the Securities and Exchange Commission nor any state securities commission has approved or disapproved of these securities or determined
if this prospectus is truthful or complete. Any representation to the contrary is a criminal offense.

PER SHARE TOTAL
Public Offering Price $ $
Underwriting Discounts and Commissions (1)
Proceeds to us, before expenses
(1) See “Underwriters” in this prospectus for a description of compensation payable to the underwriters.
We have granted the underwriters an option for a period of 30 days to purchase an additional shares of our common stock. If the underwriters
exercise the option in full, the total underwriting discounts and commissions payable by us will be $ , and the total proceeds to us, before expenses,
will be $
Delivery of the shares of common stock is expected to be made on or about , 2018.
MORGAN STANLEY COWEN WELLS FARGO SECURITIES

WEDBUSH PACGROW

Prospectus dated , 2018
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Through and including , 2018 (25 days after the date of this prospectus), all dealers effecting transactions in these securities,

whether or not participating in this offering, may be required to deliver a prospectus. This delivery requirement is in addition to the obligation
of dealers to deliver a prospectus when acting as underwriters and with respect to their unsold allotments or subscriptions.

You should rely only on the information contained in this prospectus or in any free writing prospectus we file with the Securities and Exchange
Commission. Neither we nor the underwriters have authorized anyone to provide you with information other than that contained in this prospectus or
any free writing prospectus prepared by or on behalf of us or to which we have referred you. We take no responsibility for, and can provide no assurance
as to the reliability of, any other information that others may give you. We and the underwriters are offering to sell, and seeking offers to buy, common
stock only in jurisdictions where offers and sales are permitted. The information contained in this prospectus is accurate only as of the date on the front
cover page of this prospectus, or other earlier date stated in this prospectus, regardless of the time of delivery of this prospectus or of any sale of our
common stock.

The market data and certain other statistical information used throughout this prospectus are based on independent industry publications,
governmental publications, reports by market research firms, or other independent sources that we believe to be reliable sources. We are responsible for
all of the disclosure contained in this prospectus, and we believe that these sources are reliable; however, we have not independently verified the
information contained in such publications. While we are not aware of any misstatements regarding any third-party information presented in this
prospectus, their estimates, in particular, as they relate to projections, involve numerous assumptions, are subject to risks and uncertainties, and are
subject to change based on various factors, including those discussed under the section titled “Risk Factors” and elsewhere in this prospectus. Some data
are also based on our good faith estimates.
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PROSPECTUS SUMMARY

This summary highlights information contained elsewhere in this prospectus and does not contain all of the information that you should
consider in making your investment decision. Before investing in our common stock, you should carefully read this entire prospectus, including our
consolidated financial statements and the related notes included elsewhere in this prospectus. You should also consider, among other things, the
matters described under “Risk Factors” and “Management’s Discussion and Analysis of Financial Condition and Results of Operations,” in each
case appearing elsewhere in this prospectus. As used in this prospectus, unless the context otherwise requires, references to the “company,” “we,”
“us” and “our” refer to AVROBIO, Inc.

Overview

We are a clinical stage gene therapy company focused on developing potentially curative ex vivo lentiviral-based gene therapies to treat rare
diseases following a single dose. Our gene therapies employ hematopoietic stem cells that are extracted from the patient and then modified with
lentiviral vectors to insert a functional copy of the gene that is defective in the target disease. We believe that our approach, which transforms stem
cells from patients into therapeutic products, has the potential to provide curative benefit for a range of diseases in an outpatient setting. Our initial
focus is on a group of rare genetic diseases referred to as lysosomal storage diseases, which today are primarily managed with enzyme replacement
therapies, or ERTs. These lysosomal storage diseases have well understood biologies, identified patient populations and represent large market
opportunities with approximately $4.0 billion in worldwide net sales in 2017.

Our initial pipeline is comprised of four lentiviral-based gene therapies, including AVR-RD-01 for the treatment of Fabry disease,
AVR-RD-02 for the treatment of Gaucher disease, AVR-RD-03 for the treatment of Pompe disease and AVR-RD-04 for the treatment of cystinosis.
AVR-RD-01 is currently being evaluated in a Phase 1 clinical trial to assess safety and toxicity, as well as preliminary efficacy. We expect to initiate
our Phase 2 clinical trial of AVR-RD-01 in mid-2018. In addition, Phase 1/2 clinical trials for both AVR-RD-02 and AVR-RD-04 are being planned
and we expect patients will be dosed in 2019.

The first two patients in the ongoing clinical trial of AVR-RD-01 have been dosed. The primary goal for this clinical trial is to assess the
safety and toxicity of AVR-RD-01. In this trial, safety and toxicity are measured by the frequency of clinically notable abnormal vital signs and
laboratory results and the frequency of treatment-related adverse events. A secondary objective for this clinical trial is to obtain preliminary
efficacy signals of AVR-RD-01 therapy as assessed by a-galactosidase enzyme activity compared to baseline. Enrollment in this clinical trial is
ongoing, with up to six patients with Fabry disease who have been treated with ERT expected to be enrolled. Because this is a Phase 1 trial, the
currently approved standard of care, ERT, is suspended for enrolled patients one month prior to receiving AVR-RD-01 and is then resumed one
month after AVR-RD-01 treatment. We believe the preliminary results from this trial support the potential of AVR-RD-01 to drive active enzyme
production for long durations.

Lentiviral-based gene therapy has been observed to be well-tolerated in third parties’ ongoing clinical trials for rare diseases such as beta
thalassemia, ALD and ADA-SCID. To date, over 200 patients have been treated with lentiviral-based gene therapies in third parties’ rare disease
clinical trials. Historically, the use of ex vivo lentiviral-based gene therapies has been restricted primarily to the most acutely severe diseases where
risks of the typical requirement for heavily ablating the patients’ bone marrow and thus significantly impairing these patients’ immune systems had
an acceptable risk/benefit profile. The ablation procedure, also known as the conditioning regimen, is administered prior to the gene therapy. The
more intensive the conditioning regimen, the greater the risk of toxicity and thus the need for more intensive in-patient monitoring and potential for
lengthy hospitalization.

Our goal is to broaden the applicability of lentiviral-based gene therapy by initially targeting diseases where we generally believe durable
effects can be achieved following a milder conditioning regimen that allows for
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outpatient treatment. We believe our approach of choosing diseases where the conditioning regimen can be milder, thus improving patient
tolerability, will extend the reach of our gene therapies to a broad range of diseases as first-line therapies.

We are initially targeting rare diseases in which current standard of care provides the mechanistic proof that the enzymes or other proteins
produced endogenously following treatment with our gene therapies can offer benefit to patients. Typically in lysosomal storage diseases, a gene
mutation results in the deficiency or malfunction of an enzyme or other protein. This results in the inability of lysosomes to properly process
cellular byproducts. As a result, these byproducts accumulate to toxic levels in the body’s cells and, in turn, disrupt the function of multiple tissues
and organs. Fabry disease, Gaucher disease and Pompe disease are primarily managed by bi-weekly, multi-hour infusions with ERTSs that seek to
exogenously replace the missing enzyme. However, given the characteristics of most ERTSs, they typically only remain in the plasma for a short
period of time and thus are not ideal because they are only dosed every two weeks. These existing therapies manage, rather than cure, the
underlying diseases and, as a result, the diseases continue to progress. Further, the frequent, periodic and life-long dosing schedule required for
ERTs results in significant costs for the healthcare system and is burdensome for the patient.

We believe our gene therapies leverage the well understood mechanism of ERTs by transforming a patient’s own cells into a drug product that
enables the patient to express functional enzyme or other protein and mirror the biology seen in an otherwise healthy individual. We believe that a
single dose of our gene therapies may provide meaningful life-long benefit to these patients and potentially cure these diseases while also providing
significant health economic advantages.

Our Pipeline

Our programs leverage years of extensive preclinical and early clinical research by leading researchers, as well as our internal research
efforts. The status of our lentiviral-based gene therapy programs is reflected below.

Expecied . awide

Proof-of- IND- Next
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File
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AVE-RD-04 New Drug
Application

AVR-RD-01. Our lead product candidate, AVR-RD-01 for the treatment of Fabry disease, is derived from hematopoietic stem cells to which
the gene encoding the enzyme a-galactosidase A, or AGA, is added in an ex vivo process using a lentiviral vector. In an ongoing Phase 1 clinical
trial of patients with Fabry disease,
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AVR-RD-01 has led to the production of active AGA enzyme in the two patients treated to date. In both patients, within days of receiving
AVR-RD-01, the level of AGA enzyme activity began to rise from nearly undetectable levels before treatment to levels above the range for males
with classic Fabry disease. As of twelve months after receiving AVR-RD-01, the first patient’s plasma AGA enzyme activity levels continued to be
above the range for males with classic Fabry disease. Plasma AGA enzyme activity levels in the second patient remained above the range for males
with classic Fabry disease, defined as less than 1 nmol/hr/ml, as of one month after treatment.

Plasma AGA Activity (nmol/hr/ml) Following Treatment with AVR-RD-01

Day 0 1 Month 12 Months
(Infusion of AVR-RD-01)
Patient 1 0.1 5.1 5.8
Patient 2 0.2 4.4 N/A

We believe these preliminary results support the potential of AVR-RD-01 to drive active enzyme production for long durations. We anticipate
initiating our Phase 2 clinical trial of AVR-RD-01 in mid-2018.

AVR-RD-02. We are developing AVR-RD-02 for the treatment of Type 1 Gaucher disease. We will manufacture AVR-RD-02 from
hematopoietic stem cells that are first extracted from the patient, modified to add the gene that encodes for glucocerebrosidase, or GCase, and then
infused into the patient. We plan to initiate a Phase 1/2 clinical trial for AVR-RD-02 in patients with Type 1 Gaucher disease and expect to dose the
first patient in this clinical trial in 2019.

AVR-RD-03. We are developing AVR-RD-03 for the treatment of Pompe disease. We will manufacture AVR-RD-03 from hematopoietic stem
cells that are first extracted from the patient, modified to add the gene that encodes for acid alpha glucosidase A, or GAA, attached to a peptide
sequence known as a glycosylation-independent lysosomal targeting, or GILT, tag and then infused into the patient. AVR-RD-03 will incorporate a
GILT tag because the addition of a GILT tag has been shown to increase the uptake of GAA into cells, especially in muscle cells, which is a
particularly important target tissue for patients with Pompe disease.

AVR-RD-04. We are developing AVR-RD-04 for the treatment of patients with cystinosis. We will manufacture AVR-RD-04 from
hematopoietic stem cells that are first extracted from the patient, modified to add the gene that encodes for cystinosin, and then infused into the
patient. In a planned academic sponsored Phase 1/2 clinical trial, we expect the first patient will be dosed in 2019.

We continue to seek opportunities to expand our approach to other rare and non-rare diseases. We plan to identify and develop future product
candidates through our own internal research efforts as well as through collaborations with leading researchers worldwide.

We have developed a detailed plan for the more cost efficient and scalable manufacturing of our product candidates. We are establishing
global manufacturing capabilities to support all aspects of the development and, if approved, the eventual commercialization of our gene therapies,
from lentiviral vector production to cell processing. We are currently executing on our plans to move to a closed, automated manufacturing system.
We also utilize a cryopreservation process that we believe will allow for the global distribution and, if approved, commercialization of our gene
therapies.

Our Expertise

We are led by biopharmaceutical experts with extensive experience in gene and cellular therapy and rare diseases. Our team has broad
expertise in the clinical, regulatory and commercialization aspects of rare diseases as well as process development and manufacturing for cellular
therapies. Members of our management team have held senior positions at Shire, Genzyme, Novartis, Lonza and other companies pursuing
development, manufacturing and commercialization of gene and cellular therapies and therapies to treat rare diseases.
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Our Strategy

Our goal is to develop and commercialize potentially curative lentiviral-based gene therapies for patients and expand the use of this approach
to treat a number of diseases. Key elements of our strategy to achieve our goal include:

Rapidly advance our initial gene therapies;

Develop first-line gene therapies for lysosomal storage diseases;
Globally develop, manufacture and commercialize our gene therapies;
Industrialize lentiviral-based gene therapy; and

Leverage our approach beyond our initial indications.

Risks Associated with Our Business

Our business is subject to a number of risks of which you should be aware before making an investment decision. These risks are discussed
more fully in the “Risk Factors” section of this prospectus immediately following this prospectus summary. These risks include the following:

We have incurred net losses since inception. We expect to incur net losses for the foreseeable future and may never achieve or maintain
profitability.

Our lentiviral-based gene therapy product candidates are based on a novel technology, which makes it difficult to predict the time and
cost of product candidate development and of subsequently obtaining regulatory approval.

Our product candidates and the process for administering our product candidates may cause undesirable side effects or have other
properties that could delay or prevent their regulatory approval, limit their commercial potential or result in significant negative
consequences following any potential marketing approval.

AVR-RD-01 is being investigated in an ongoing Phase 1 clinical trial, in which two patients have been dosed to date, and we have not
commenced clinical trials for any of our other product candidates. We have never conducted pivotal clinical trials, and may be unable to
do so for any product candidates we may develop, including AVR-RD-01.

We may find it difficult to enroll patients in our clinical trials, which could delay or prevent us from proceeding with clinical trials of
our product candidates.

While we intend to seek designations for our product candidates with the FDA and comparable foreign regulatory authorities that are
intended to confer benefits such as a faster development process or an accelerated regulatory pathway, there can be no assurance that we
will successfully obtain such designations. In addition, even if one or more of our product candidates are granted such designations, we
may not be able to realize the intended benefits of such designations.

We expect to rely on third parties to conduct some or all aspects of our vector production, product manufacturing, protocol
development, research and preclinical and clinical testing, and these third parties may not perform satisfactorily.

Gene therapies are novel, complex and difficult to manufacture. We could experience production problems that result in delays in our
development or commercialization programs or otherwise adversely affect our business.

Third-party claims of intellectual property infringement may prevent or delay our development and commercialization efforts.

Our rights to develop and commercialize our product candidates are subject, in part, to the terms and conditions of licenses granted to
us by others. In particular, we have in-licensed certain intellectual property rights and know-how relevant to AVR-RD-01 for our Fabry
program and AVR-RD-02 for our Gaucher program, but do not own or license any patents or patent applications covering these product
candidates.




Table of Contents

. We are aware of issued patents in the United States that cover the lentiviral vectors used in the manufacture of our product candidates.
While we believe that we have reasonable defenses against a claim of infringement, there can be no assurance that we will prevail in
any such action by the holder of these patents.

. We and our independent registered public accounting firm have identified material weaknesses in our internal control over financial
reporting which will require remediation.

Corporate History

We were formed as a corporation under the laws of the State of Delaware in November 2015 under the name AvroBio, Inc. Our corporate
name was changed to AVROBIO, Inc. in June 2017. Our executive offices are located at One Kendall Square, Building 300, Suite 201, Cambridge,
MA 02139 and our telephone number is (617) 914-8420. Our website address is www.avrobio.com. We do not incorporate the information on or
accessible through our website into this prospectus, and you should not consider any information on, or that can be accessed through, our website
as part of this prospectus.

The trademarks, trade names and service marks appearing in this prospectus are the property of their respective owners. Solely for
convenience, the trademarks and trade names in this prospectus are referred to without the symbols ® and ™, but such references should not be
construed as any indicator that their respective owners will not assert, to the fullest extent under applicable law, their rights thereto.

Implications of Being an Emerging Growth Company

We qualify as an “emerging growth company” as defined in the Jumpstart Our Business Startups Act of 2012, as amended. As an emerging
growth company, we may take advantage of specified reduced disclosure and other requirements that are otherwise applicable generally to public
companies. These provisions include:

. Only two years of audited financial statements in addition to any required unaudited interim financial statements with correspondingly
reduced “Management’s Discussion and Analysis of Financial Condition and Results of Operations” disclosure;

. Reduced disclosure about our executive compensation arrangements;
. No advisory votes on executive compensation or golden parachute arrangements;
. Exemption from the auditor attestation requirement in the assessment of our internal control over financial reporting; and

. An exemption from new or revised financial accounting standards until they would apply to private companies and from compliance
with any new requirements adopted by the Public Company Accounting Oversight Board requiring mandatory audit firm rotation.

We may take advantage of these exemptions for up to five years or such earlier time that we are no longer an emerging growth company. We
would cease to be an emerging growth company on the date that is the earliest of (i) the last day of the fiscal year in which we have total annual
gross revenues of $1.07 billion or more; (ii) the last day of our fiscal year following the fifth anniversary of the date of the completion of this
offering; (iii) the date on which we have issued more than $1.0 billion in nonconvertible debt during the previous three years; or (iv) the date on
which we are deemed to be a large accelerated filer under the rules of the Securities and Exchange Commission, or SEC. We may choose to take
advantage of some but not all of these exemptions. We have taken advantage of reduced reporting requirements in this prospectus. Accordingly, the
information contained herein may be different from the information you receive from other public companies in which you hold stock. We have
elected to avail ourselves of the exemption for the delayed adoption of certain accounting standards and, therefore, will not be subject to the same
new or revised accounting standards as other public companies that are not emerging growth companies.
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THE OFFERING

Common stock offered by us shares
Common stock to be outstanding immediately after this offering
shares ( shares if the underwriters exercise their
option to purchase additional shares in full)
Underwriters’ option to purchase additional shares We have granted a 30-day option to the underwriters to purchase up
to an aggregate of additional shares of common stock

from us at the public offering price, less underwriting discounts
and commissions on the same terms as set forth in this prospectus.

Use of proceeds We estimate that we will receive net proceeds from the sale of shares
of our common stock in this offering of approximately
$ million, or $ million if the underwriters exercise their
option to purchase additional shares in full, assuming an initial
public offering price of $ per share, the midpoint of the price
range set forth on the cover page of this prospectus, and after
deducting estimated underwriting discounts and commissions and
estimated offering expenses payable by us. We intend to use the
net proceeds from this offering, together with our existing cash
and cash equivalents, to advance our lead product candidate AVR-
RD-01; to advance our other product candidates and programs; for
our external and internal manufacturing and process development
activities; for research and development activities that relate to all
of our clinical and preclinical activities; and the remainder for
planned general and administrative expenses, the costs of
operating as a public company, working capital and other general
corporate purposes. For a more complete description of our
intended use of the proceeds from this offering, see “Use of
Proceeds.”

Risk factors You should carefully read the “Risk Factors” section of this
prospectus for a discussion of factors that you should consider
before deciding to invest in our common stock.

Proposed Nasdaq Global Market symbol “AVRO”
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The number of shares of our common stock to be outstanding after this offering is based on 10,666,667 shares of our common stock
outstanding as of March 31, 2018, and gives effect to the conversion of all of our outstanding preferred stock into 63,303,154 shares of our
common stock immediately prior to the closing of this offering, and excludes:

7,391,214 shares of common stock issuable upon the exercise of stock options outstanding as of March 31, 2018, with a weighted-
average exercise price of $0.62 per share;

28,305 shares of common stock issuable upon the exercise of a warrant to purchase preferred stock outstanding as of March 31, 2018
that will automatically become a warrant to purchase common stock upon the completion of this offering, with an exercise price of
$0.7949 per share;

an additional 241,506 shares of common stock available for future issuance under our Amended and Restated 2015 Stock Option and
Grant Plan as of March 31, 2018;

an additional shares of common stock that will be made available for future issuance under our 2018 Stock Option and Grant
Plan upon the effectiveness of the registration statement of which this prospectus forms a part; and

an additional shares of common stock that will be made available for future issuance under our 2018 Employee Stock
Purchase Plan upon the effectiveness of the registration statement of which this prospectus forms a part.

Unless otherwise indicated, all information in this prospectus reflects or assumes the following:

the filing of our amended and restated certificate of incorporation and the effectiveness of our amended and restated by-laws upon the
closing of this offering;

the automatic conversion of all of our outstanding shares of preferred stock into an aggregate of 63,303,154 shares of common stock
upon the closing of this offering;

no issuance or exercise of outstanding options or warrants after March 31, 2018;
a 1-for- reverse split of our common stock effected on ; and

no exercise by the underwriters of their option to purchase up to additional shares of common stock in this offering.
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SUMMARY CONSOLIDATED FINANCIAL DATA

The summary consolidated statements of operations data presented below for the years ended December 31, 2016 and 2017 are derived from
our audited consolidated financial statements included elsewhere in this prospectus. The consolidated statements of operations data for the three
months ended March 31, 2017 and 2018 and the consolidated balance sheet data as of March 31, 2018 have been derived from our unaudited
condensed consolidated financial statements included elsewhere in this prospectus and have been prepared on the same basis as the audited
consolidated financial statements. In the opinion of management, the unaudited data reflects all adjustments, consisting only of normal recurring
adjustments, necessary for a fair presentation of the financial information contained in those statements. Our historical results are not necessarily
indicative of the results that may be expected in any future period. You should read the following summary consolidated financial data together
with the information in the sections titled “Selected Consolidated Financial Data” and “Management’s Discussion and Analysis of Financial
Condition and Results of Operations” and our consolidated financial statements and related notes included elsewhere in this prospectus.

Three Months Ended
Year Ended December 31, March 31,
2016 2017 2017 2018
(in thousands, except share and per share data)

Consolidated Statement of Operations Data:
Operating expenses:

Research and development $ 2,663 $ 15,191 $ 1,434 $ 5,647
General and administrative 1,962 3,195 610 2,141
Total operating expenses 4,625 18,386 2,044 7,788
Loss from operations (4,625) (18,386) (2,044) (7,788)
Other income (expense):
Interest income 6 57 4 158
Change in fair value of preferred stock warrant liability — 17) — 12)
Change in fair value of derivative liability (39) (283) (32) (587)
Other expense (6) (19) (5) (13)
Total other expense, net (39) (262) (33) (454)
Net loss $ (4,664) $ (18,648) $ (2,077) $ (8,242)
Reconciliation of net loss to net loss attributable to common
stockholders:
Net loss $ (4,664) $ (18,648) $ (2,077) $ (8,242)
Accretion of redeemable convertible preferred stock to redemption
value (305) (85) 47) (2,243)
Net loss attributable to common stockholders $  (4,969) $ (18,733) $  (2,129) $ (10,485)
Net loss per share attributable to common stockholders—basic and
diluted(1) $ (0.59) $ (2.03) $ (0.24) $ (1.09)
Weighted-average common shares outstanding—basic and diluted(1) 8,421,130 9,238,612 9,014,861 9,606,064
Pro forma net loss per share attributable to common stockholders—
basic and diluted(1) $ (0.65) $ (0.12)
Pro forma weighted-average common shares outstanding—basic and
diluted(1) 28,602,468 66,888,472

(1) See Notes 2 and 13 to our audited consolidated financial statements and Note 12 to our unaudited condensed consolidated financial
statements appearing elsewhere in this prospectus for further details on the calculation of basic and diluted net loss per share attributable to
common stockholders and on the calculation of pro forma basic and diluted net loss per share attributable to common stockholders.
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As of March 31, 2018

Pro Forma
Actual Pro Forma(2) As Adjusted(3)
(in thousands)

Consolidated Balance Sheet Data:

Cash and cash equivalents $ 57,928 $ 57,928

Working capital(1) 53,420 53,420

Total assets 60,216 60,216

Warrant to purchase redeemable convertible preferred stock 47 —

Derivative liability 958 958

Redeemable convertible preferred stock 87,500 —

Total stockholders’ (deficit) equity (33,511) 54,036

(1) We define working capital as current assets less current liabilities.

(2) The pro forma balance sheet data gives effect to (i) the conversion of all outstanding shares of redeemable convertible preferred stock into an
aggregate of 63,303,154 shares of common stock upon the closing of this offering; and (ii) the outstanding warrant to purchase shares of our
redeemable convertible preferred stock becoming a warrant to purchase shares of our common stock upon the closing of this offering.

(3) The pro forma as adjusted balance sheet data gives effect to the pro forma adjustments described in footnote (2) above, as well as (i) our

issuance and sale of shares of common stock in this offering at an assumed initial public offering price of $ per share, the
midpoint of the price range set forth on the cover page of this prospectus, after deducting estimated underwriting discounts and commissions
and estimated offering expenses payable by us and (ii) the payment by us of an aggregate of $2.0 million to University Health Network
pursuant to the Stock Purchase Agreement, dated as of January 27, 2016, between us and University Health Network, in connection with this
offering. Each $1.00 increase (decrease) in the assumed initial public offering price of $ per share, the midpoint of the price range set
forth on the cover page of this prospectus, would increase (decrease) the pro forma as adjusted amount of each of cash and cash equivalents,
working capital, total assets and total stockholders’ equity by $ million, assuming that the number of shares offered by us, as set forth on
the cover page of this prospectus, remains the same and after deducting estimated underwriting discounts and commissions and estimated
offering expenses payable by us. Each increase (decrease) of 1,000,000 shares in the number of shares offered by us, as set forth on the cover
page of this prospectus, would increase (decrease) the pro forma as adjusted amount of each of cash and cash equivalents, working capital,
total assets and total stockholders’ equity by $ million, assuming no change in the assumed initial public offering price per share and
after deducting estimated underwriting discounts and commissions and estimated offering expenses payable by us. This pro forma as adjusted
information is illustrative only and will depend on the actual initial public offering price and other terms of this offering determined at
pricing.
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RISK FACTORS

Investing in our common stock involves a high degree of risk. You should carefully consider the following risks and uncertainties, together with all
other information in this prospectus, including our consolidated financial statements and related notes and “Management’s Discussion and Analysis of
Financial Condition and Results of Operations,” before investing in our common stock. Any of the risk factors we describe below could adversely affect
our business, financial condition or results of operations. The market price of our common stock could decline if one or more of these risks or
uncertainties were to occur, which may cause you to lose all or part of the money you paid to buy our common stock. Additional risks that are currently
unknown to us or that we currently believe to be immaterial may also impair our business. Certain statements below are forward-looking statements.
See “Special Note Regarding Forward-Looking Statements” in this prospectus.

Risks related to our financial position and need for additional capital

We have incurred net losses since inception. We expect to incur net losses for the foreseeable future and may never achieve or maintain
profitability.

Since inception, we have incurred net losses. We incurred net losses of $4.7 million, $18.6 million and $8.2 million for the years ended
December 31, 2016 and 2017, and the three months ended March 31, 2018, respectively. We historically have financed our operations primarily through
private placements of our preferred stock. We have devoted substantially all of our efforts to research and development, including clinical and
preclinical development of our product candidates, as well as assembling our team. We expect that it will be several years, if ever, before we have
commercialized any product candidates. We expect to continue to incur significant expenses and increasing operating losses for the foreseeable future.
We anticipate that our expenses will increase substantially if, and as, we:

. continue our development of our product candidates, including initiating and conducting our planned Phase 2 clinical trial for AVR-RD-01;

. initiate additional clinical trials and preclinical studies for our other product candidates;

. seek to identify and develop or in-license additional product candidates;

. seek marketing approvals for our product candidates that successfully complete clinical trials, if any;

. establish a sales, marketing and distribution infrastructure to commercialize any product candidates for which we may obtain marketing
approval;

. seek to industrialize our ex vivo lentiviral gene therapy approach into a robust, scalable and, if approved, commercially viable process;

. hire and retain additional personnel, such as clinical, quality control, commercial and scientific personnel;

. expand our infrastructure and facilities to accommodate our growing employee base, including adding equipment and physical infrastructure

to support our research and development; and

. transition our organization to being a public company.

To become and remain profitable, we must develop and eventually commercialize product candidates with significant market potential. This will
require us to be successful in a range of challenging activities, and our expenses will increase substantially as we seek to complete preclinical and
clinical trials of our product candidates, and manufacture, market and sell these or any future product candidates for which we may obtain marketing
approval, if any, and satisfy any post-marketing requirements. We may never succeed in any or all of these activities and, even if we do, we may never
generate revenues that are significant or large enough to achieve profitability. If we do achieve profitability, we may not be able to sustain or increase
profitability on a quarterly or annual basis. Our failure to become and remain profitable would decrease the value of our company and could impair our
ability to raise capital, maintain our research and development efforts, expand our business
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or continue our operations. A decline in the value of our company also could cause you to lose all or part of your investment.

We have never generated revenue from product sales and do not expect to do so for the next several years, if ever.

Our ability to generate revenue from product sales and achieve profitability depends on our ability, alone or with collaborative partners, to
successfully complete the development of, and obtain the regulatory approvals necessary to commercialize, our product candidates. We do not anticipate
generating revenues from product sales for the next several years, if ever. Our ability to generate future revenues from product sales depends heavily on
our, or our collaborators’, success in:

. completing research and preclinical and clinical development of our product candidates and identifying new lentiviral-based gene therapy
product candidates;

. seeking and obtaining regulatory and marketing approvals for product candidates for which we complete clinical trials;

. launching and commercializing product candidates for which we obtain regulatory and marketing approval by establishing a sales force,
marketing and distribution infrastructure or, alternatively, collaborating with a commercialization partner;

. qualifying for adequate coverage and reimbursement by government and third-party payors for our product candidates;

. establishing and maintaining supply and manufacturing processes and relationships with third parties that can provide adequate, in both
amount and quality, products and services to support clinical development and the market demand for our product candidates, if approved;

. obtaining market acceptance of our product candidates, if approved, as a viable treatment option;
. addressing any competing technological and market developments;
. negotiating favorable terms in any collaboration, licensing or other arrangements into which we may enter and performing our obligations

under such arrangements; and

. attracting, hiring and retaining qualified personnel.

Even if one or more of the product candidates that we develop is approved for commercial sale, we anticipate incurring significant costs
associated with commercializing any approved product candidate. Our expenses could increase beyond expectations if we are required by FDA or other
foreign regulatory authorities to perform clinical and other studies in addition to those that we currently anticipate. Even if we are able to generate
revenues from the sale of any approved products, we may not become profitable and may need to obtain additional funding to continue operations.

Even if this offering is successful, we will need additional funding, which may not be available on acceptable terms, or at all. Failure to obtain
this necessary capital when needed may force us to delay, limit or terminate our product development efforts or other operations.

We expect our expenses to increase in connection with our ongoing activities, particularly as we continue the research and development of, initiate
further clinical trials of and seek marketing approval for, our product candidates and continue to enhance and optimize our vector technology and
manufacturing processes. In addition, if we obtain marketing approval for any of our product candidates, we expect to incur significant expenses related
to product sales, medical affairs, marketing, manufacturing and distribution. Furthermore, upon the closing of this offering, we expect to incur additional
costs associated with operating as a public company. Accordingly, we will need to obtain substantial additional funding in connection with our
continuing operations. If we are unable to raise capital when needed or on reasonable terms, we would be forced to delay, reduce or eliminate certain of
our research and development programs.
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Our future capital requirements will depend on many factors, including:

. the scope, progress, results and costs of drug discovery, laboratory testing, preclinical development and clinical trials for our other product
candidates;

. the costs, timing and outcome of regulatory review of our product candidates;

. the costs of future activities, including product sales, medical affairs, marketing, manufacturing and distribution, for any of our product

candidates for which we receive marketing approval;

. the costs associated with our manufacturing process development and evaluation of third-party manufacturers
. revenue, if any, received from commercial sale of our products, should any of our product candidates receive marketing approval;
. the costs of preparing, filing and prosecuting patent applications, maintaining and enforcing our intellectual property rights and defending

intellectual property-related claims;
. the terms of our current and any future license agreements and collaborations; and

. the extent to which we acquire or in-license other product candidates, technologies and intellectual property.

Identifying potential product candidates and conducting preclinical testing and clinical trials is a time-consuming, expensive and uncertain process
that takes years to complete, and we may never generate the necessary data or results required to obtain marketing approval and achieve product sales.
In addition, our product candidates, if approved, may not achieve commercial success. Our product revenues, if any, will be derived from or based on
sales of products that may not be commercially available for many years, if at all. Accordingly, we will need to continue to rely on additional financing
to achieve our business objectives. Adequate additional financing may not be available to us on acceptable terms, or at all.

Raising additional capital may cause dilution to our existing stockholders, restrict our operations or cause us to relinquish valuable rights.

We may seek additional capital through a combination of public and private equity offerings, debt financings, strategic partnerships and alliances
and licensing arrangements. To the extent that we raise additional capital through the sale of equity, convertible debt securities or other equity-based
derivative securities, your ownership interest will be diluted and the terms may include liquidation or other preferences that adversely affect your rights
as a stockholder. Any additional indebtedness we incur would result in increased fixed payment obligations and could involve restrictive covenants, such
as limitations on our ability to incur additional debt, limitations on our ability to acquire or license intellectual property rights and other operating
restrictions that could adversely impact our ability to conduct our business. Furthermore, the issuance of additional securities, whether equity or debt, by
us, or the possibility of such issuance, may cause the market price of our common stock to decline and existing stockholders may not agree with our
financing plans or the terms of such financings. If we raise additional funds through strategic partnerships and alliances and licensing arrangements with
third parties, we may have to relinquish valuable rights to our technologies, or our product candidates, or grant licenses on terms unfavorable to us.
Adequate additional financing may not be available to us on acceptable terms, or at all.

Our limited operating history may make it difficult for you to evaluate the success of our business to date and to assess our future viability.

We are a development-stage company founded in November 2015. Our operations to date have been limited to corporate organization, recruiting
key personnel, business planning, raising capital, acquiring rights to our technology, identifying potential product candidates, undertaking preclinical
studies and planning and supporting
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clinical trials of our product candidates and establishing research and development and manufacturing capabilities. We have not yet demonstrated the
ability to complete clinical trials of our product candidates, obtain marketing approvals, manufacture products on a clinical or commercial scale or
conduct sales and marketing activities necessary for successful commercialization. Consequently, any predictions you make about our future success or
viability may not be as accurate as they could be if we had a longer operating history. In addition, as a new business, we may encounter unforeseen
expenses, difficulties, complications, delays and other known and unknown factors.

Risks related to the discovery and development of our product candidates

Our lentiviral-based gene therapy product candidates are based on a novel technology, which makes it difficult to predict the time and cost of
product candidate development and of subsequently obtaining regulatory approval.

We have concentrated our research and development efforts on our lentiviral-based gene therapy approach, and our future success depends on our
successful development of viable gene therapy product candidates. There can be no assurance that we will not experience problems or delays in
developing new product candidates and that such problems or delays will not cause unanticipated costs, or that any such development problems can be
solved. We may also experience delays in developing a sustainable, reproducible and scalable manufacturing process or transferring that process to
commercial partners, which may prevent us from completing our clinical studies or commercializing our products on a timely or profitable basis, if at
all. For example, the transition to LV2 or of our cell processing to an industrialized, automated closed system using all disposable supplies may not be
successful or may experience unforeseen delays, which may cause shortages or delays in the supply of our products available for clinical trials and
future commercial sales, if any. In addition, there is no assurance that products using our proprietary LV2 or manufactured using this automated system
will achieve the same favorable preliminary results observed to date in the Phase 1 clinical trial of AVR-RD-01.

In addition, the clinical trial requirements of the FDA and other foreign regulatory authorities and the criteria these regulators use to determine the
safety and efficacy of a product candidate vary substantially according to the type, complexity, novelty and intended use and market of such product
candidates. The regulatory approval process for novel product candidates such as ours can be more expensive and take longer than for other, better
known or more extensively studied product candidates. To date, only a limited number of gene therapies have received marketing authorization from the
FDA or foreign regulatory authorities. It is difficult to determine how long it will take or how much it will cost to obtain regulatory approvals for our
product candidates in either the United States, Canada or other major markets or how long it will take to commercialize our product candidates, if any
are approved. Approvals by foreign regulatory authorities may not be indicative of what the FDA may require for approval, and vice versa.

Regulatory requirements governing gene and cell therapy products have changed frequently and may continue to change in the future. The FDA
has established the Office of Tissues and Advanced Therapies within its Center for Biologics Evaluation and Research, or CBER, to consolidate the
review of gene therapy and related products, and has established the Cellular, Tissue and Gene Therapies Advisory Committee to advise the CBER in its
review. Gene therapy clinical trials conducted at institutions that receive funding for recombinant DNA research from the United States National
Institutes of Health, or NIH, also are potentially subject to review by the NIH Office of Science Policy’s Recombinant DNA Advisory Committee, or the
RAQG, in limited circumstances. Although the FDA decides whether individual gene therapy protocols may proceed, the RAC public review process, if
undertaken, can delay the initiation of a clinical trial, even if the FDA has reviewed the trial design and details and authorized its initiation. Conversely,
the FDA can put an investigational new drug application, or IND, on clinical hold even if the RAC has provided a favorable review or an exemption
from in-depth, public review. If we were to engage an NIH-funded institution, to conduct a clinical trial, that institution’s institutional biosafety
committee, or IBC, as well as its institutional review board, or IRB, would need to review the proposed clinical trial to assess the safety of the trial and
may determine that RAC review is needed. In addition, adverse
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developments in clinical trials of gene therapy products conducted by others may cause the FDA or other oversight bodies to change the requirements
for approval of any of our product candidates. Similarly, foreign regulatory authorities may issue new guidelines concerning the development and
marketing authorization for gene therapy medicinal products and require that we comply with these new guidelines.

The FDA, NIH and the European Medicines Agency, or EMA, have each expressed interest in further regulating biotechnology, including gene
therapy and genetic testing. For example, the EMA advocates a risk-based approach to the development of a gene therapy product. Agencies at both the
federal and state level in the United States, as well as the U.S. congressional committees and other governments or governing agencies, have also
expressed interest in further regulating the biotechnology industry. Such action may delay or prevent commercialization of some or all of our product
candidates.

These regulatory review committees and advisory groups and any new guidelines they promulgate may lengthen the regulatory review process,
require us to perform additional studies, increase our development costs, lead to changes in regulatory positions and interpretations, delay or prevent
approval and commercialization of these product candidates or lead to significant post-approval limitations or restrictions. As we advance our product
candidates, we will be required to consult with these regulatory and advisory groups, and comply with applicable guidelines. If we fail to do so, we may
be required to delay or discontinue development of certain of our product candidates. These additional processes may result in a review and approval
process that is longer than we otherwise would have expected. Delay or failure to obtain, or unexpected costs in obtaining, the regulatory approval
necessary to bring a potential product to market could decrease our ability to generate sufficient product revenue, and our business, financial condition,
results of operations and prospects would be materially and adversely affected.

The FDA recently announced that it is preparing to release a series of draft guidance regarding potential accelerated approval endpoints for certain
gene therapy products and other clinical and manufacturing issues related to gene therapy products. We cannot be certain when such guidance will be
issued or whether any such guidance will address accelerated approval endpoints or other clinical or manufacturing issues that will be relevant to or
have an impact on our gene therapy candidates or the duration or expense of any applicable regulatory review processes.

Our product candidates and the process for administering our product candidates may cause undesirable side effects or have other properties
that could delay or prevent their requlatory approval, limit their commercial potential or result in significant negative consequences following
any potential marketing approval.

During the conduct of clinical trials, patients may experience changes in their health, including illnesses, injuries, discomforts or a fatal outcome.
It is possible that as we test AVR-RD-01 or other product candidates in larger, longer and more extensive clinical programs, or as use of our product
candidates becomes more widespread if they receive regulatory approval, illnesses, injuries, discomforts and other adverse events that were observed in
earlier clinical trials, as well as conditions that did not occur or went undetected in previous clinical trials, will be reported by subjects. Gene therapies
are also subject to the potential risk that occurrence of adverse events will be delayed following administration of the gene therapy due to persistent
biological activity of the genetic material or other components of the vectors used to carry the genetic material. Many times, side effects are only
detectable after investigational products are tested in larger scale, pivotal clinical trials or, in some cases, after they are made available to patients on a
commercial scale after approval. If additional clinical experience indicates that AVR-RD-01 or any other product candidate has side effects or causes
serious or life-threatening side effects, the development of the product candidate may fail or be delayed, or, if the product candidate has received
regulatory approval, such approval may be revoked or limited.

There have been several significant adverse side effects in gene therapy treatments in the past, including reported cases of leukemia and death seen
in other clinical trials. Gene therapy is still a relatively new approach to disease treatment and additional adverse side effects could develop. Possible
adverse side effects that may occur with treatment with gene therapy products include an immunologic reaction early after administration that
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could substantially limit the effectiveness of the treatment or represent safety risks for patients. Another traditional safety concern for gene therapies
using viral vectors has been the possibility of insertional mutagenesis by the vectors, leading to malignant transformation of transduced cells. While our
lentiviral gene therapy approach is designed to avoid immunogenicity after administration, there can be no assurance that patients would not create
antibodies that may impair treatment. If any of our gene therapy product candidates demonstrates adverse side effects, we may decide or be required to
halt or delay clinical development of such product candidates.

In addition to side effects caused by our product candidates, the conditioning, administration process or related procedures also can cause adverse
side effects. A gene therapy patient is generally administered cytotoxic drugs to remove stem cells from the bone marrow to create sufficient space in the
bone marrow for the modified stem cells to engraft and produce their progeny. This procedure compromises the patient’s immune system. While certain
of our product candidates are designed to utilize outpatient, milder conditioning regimens that are intended to require only limited removal of a patient’s
bone marrow cells, our conditioning regimens may not be successful or may nevertheless result in adverse side effects. For example, in the ongoing
Phase 1 clinical trial of AVR-RD-01, several adverse events, including where white blood cell and platelet counts were suppressed following the
conditioning process, were observed. If in the future any such adverse events caused by the conditioning process or related procedures continue at
unacceptable rates or degrees of severity, the FDA or other foreign regulatory authorities could order us to cease development of, or deny approval of,
AVR-RD-01 or our other product candidates for any or all targeted indications. Even if we are able to demonstrate that adverse events are not product-
related, such occurrences could affect patient recruitment or the ability of enrolled patients to complete the clinical trial.

Additionally, if any of our product candidates receives marketing approval, the FDA could require us to adopt a Risk Evaluation and Mitigation
Strategy, or REMS, to ensure that the benefits outweigh its risks, which may include, among other things, a medication guide outlining the risks of the
product for distribution to patients, a communication plan to health care practitioners, and restrictions on how or where the product can be distributed,
dispensed or used. Furthermore, if we or others later identify undesirable side effects caused by AVR-RD-01 or our other product candidates, several
potentially significant negative consequences could result, including:

. regulatory authorities may suspend or withdraw approvals of such a product candidate;

. regulatory authorities may require additional warnings on the label;

. we may be required to change the way a product candidate is distributed, dispensed, or administered or conduct additional clinical trials;
. we could be sued and held liable for harm caused to patients; and

. our reputation may suffer.

Any of these events could prevent us from achieving or maintaining market acceptance of our product candidates and could significantly harm our
business, prospects, financial condition and results of operations.

AVR-RD-01 is being investigated in an ongoing Phase 1 clinical trial and we have not commenced clinical trials for any of our other product
candidates. We have never conducted pivotal clinical trials, and may be unable to do so for any product candidates we may develop, including
AVR-RD-01.

We are at a very early stage of development for all of our product candidates including AVR-RD-01. As of March 1, 2018, our product candidate
AVR-RD-01 has been administered to only two patients. The ongoing Phase 1 clinical trial for AVR-RD-01 must be completed and we need to initiate
and complete our planned Phase 2 clinical trial of AVR-RD-01, as well as potentially additional pivotal clinical trials in order to obtain FDA approval to
market AVR-RD-01. Carrying out later-stage clinical trials is a complicated process. AVR-RD-01 is being evaluated in an investigator-sponsored
Phase 1 clinical trial and, as an organization, we
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have not conducted any clinical trials, have limited experience in preparing, submitting and prosecuting regulatory filings, and have not previously
submitted a biologics license application, or BLA, for any product candidate.

In addition, we have not yet conducted clinical trials of any our product candidates in the United States, our interactions with the FDA are
expected to be limited for the near future, and we cannot be certain how many additional clinical trials of AVR-RD-01 or any of our other product
candidates will be required or how such trials should be designed. In order to commence a clinical trial in the United States, including our planned
Phase 2 clinical trial for AVR-RD-01, we will be required to seek FDA acceptance of an IND for each of our product candidates. We cannot be sure any
IND we submit to the FDA, or any similar clinical trial application we submit in other countries, will be accepted. We may also be required to conduct
additional preclinical testing prior to filing an IND for any of our product candidates, and the results of any such testing may not be positive.
Consequently, we may be unable to successfully and efficiently execute and complete necessary clinical trials in a way that leads to a BLA submission
and approval of AVR-RD-01 or any of our other product candidates. We may require more time and incur greater costs than our competitors and may
not succeed in obtaining regulatory approvals of product candidates that we develop. Failure to commence or complete, or delays in, our planned
clinical trials, could prevent us from or delay us in commercializing AVR-RD-01.

The ongoing Phase 1 clinical trial of AVR-RD-01 is an investigator-sponsored trial being conducted by University Health Network. In addition,
the planned Phase 1/2 clinical trial of AVR-RD-04 will be conducted by our collaborators at the University of California, San Diego. We do not control
the design or administration of investigator-sponsored trials, nor the submission or approval of any IND or foreign equivalent required to conduct these
trials, and the investigator-sponsored trials could, depending on the actions of such third parties, jeopardize the validity of the clinical data generated,
identify significant concerns with respect to our product candidates that could impact our findings or clinical trials, and adversely affect our ability to
obtain marketing approval from the FDA or other applicable regulatory authorities. To the extent the results of this or other investigator-sponsored trials
are inconsistent with, or different from, the results of our planned company-sponsored trials or raise concerns regarding our product candidates, the FDA
or a foreign regulatory authority may question the results of the company-sponsored trial, or subject such results to greater scrutiny than it otherwise
would. In these circumstances, the FDA or such foreign regulatory authorities may require us to obtain and submit additional clinical data, which could
delay clinical development or marketing approval of our product candidates. In addition, while investigator-sponsored trials could be useful to inform
our own clinical development efforts, there is no guarantee that we will be able to use the data from these trials to form the basis for regulatory approval
of our product candidates.

Success in preclinical studies or early clinical trials may not be indicative of results obtained in later trials.

Results from preclinical studies or early clinical trials are not necessarily predictive of future clinical trial results and are not necessarily indicative
of final results. There is a high failure rate for gene therapy and biologic product candidates proceeding through clinical trials. Many companies in the
pharmaceutical and biotechnology industries have suffered significant setbacks in late-stage clinical trials even after achieving promising results in
preclinical testing and earlier-stage clinical trials. Data obtained from preclinical and clinical activities are subject to varying interpretations, which may
delay, limit or prevent regulatory approval. In addition, the design of a pivotal clinical trial can determine whether its results will support approval of a
product and flaws in the design of a clinical trial may not become apparent until the clinical trial is well advanced. Our company has limited experience
in designing and conducting clinical trials and we may be unable to design and execute a clinical trial to support regulatory approval. To date, we have
not received definitive guidance from the FDA or other foreign regulatory bodies regarding the necessary endpoints for approval of any of our product
candidates, including AVR-RD-01. There are no assurances that the FDA or other foreign regulatory bodies will find the efficacy endpoints we propose
in future pivotal trials to be sufficiently validated and clinically meaningful, or that our product candidates will achieve the pre-specified endpoints in
future pivotal trials to a degree of statistical significance. We also may experience regulatory delays or rejections as a result of many factors, including
due to changes in regulatory policy during the period of our product candidate development. Our AVR-
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RD-02, AVR-RD-03 and AVR-RD-04 product candidates have not yet been tested in humans. Any of our other product candidates may fail to show the
desired safety and efficacy in clinical development despite positive results in preclinical studies. Any such failure would cause us to abandon the product
candidate.

We may find it difficult to enroll patients in our clinical trials, which could delay or prevent us from proceeding with clinical trials of our
product candidates.

Identifying and qualifying patients to participate in clinical trials of our product candidates is critical to our success. The timing of our clinical
trials depends on our ability to recruit patients to participate as well as the completion of required follow-up periods. Patients may be unwilling to
participate in our gene therapy clinical trials because of negative publicity from adverse events related to the biotechnology or gene therapy fields,
competitive clinical trials for similar patient populations, clinical trials in product candidates employing our vectors, the existence of current treatments
or for other reasons. In addition, the indications that we are currently targeting and may in the future target are rare diseases, which may limit the pool of
patients that may be enrolled in our ongoing or planned clinical trials. The timeline for recruiting patients, conducting studies and obtaining regulatory
approval of our product candidates may be delayed, which could result in increased costs, delays in advancing our product candidates, delays in testing
the effectiveness of our product candidates or termination of the clinical trials altogether.

We may not be able to identify, recruit and enroll a sufficient number of patients, or those with required or desired characteristics, to complete our
clinical trials in a timely manner. For example, in 2017, the ongoing investigator-sponsored Phase 1 clinical trial of AVR-RD-01 encountered delays in
the enrollment of patients due to delays in identifying patients for enrollment and the evaluation of information from screened potential trial participants.
Patient enrollment and trial completion is affected by factors including the:

. size of the patient population and process for identifying subjects;

. design of the trial protocol;

. eligibility and exclusion criteria;

. perceived risks and benefits of the product candidate under study;

. perceived risks and benefits of gene therapy-based approaches to treatment of diseases, including any required pretreatment conditioning
regimens;

. availability of competing therapies and clinical trials;

. severity of the disease under investigation;

. availability of genetic testing for potential patients;

. proximity and availability of clinical trial sites for prospective subjects;

. ability to obtain and maintain subject consent;

. risk that enrolled subjects will drop out before completion of the trial;

. patient referral practices of physicians; and

. ability to monitor subjects adequately during and after treatment.

Our current product candidates are being developed to treat rare conditions. We plan to seek initial marketing approvals in the United States,
Europe and certain other major markets, including Japan. We may not be able to initiate or continue clinical trials if we cannot enroll a sufficient number
of eligible patients to participate in the clinical trials required by FDA or other foreign regulatory authorities. Our ability to successfully initiate, enroll
and complete a clinical trial in any foreign country is subject to numerous risks unique to conducting business in foreign countries, including:

. difficulty in establishing or managing relationships with contract research organizations, or CROs, and physicians;
. different standards for the conduct of clinical trials;
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. the absence in some countries of established groups with sufficient regulatory expertise for review of gene therapy protocols;
. our inability to locate qualified local consultants, physicians and partners; and

. the potential burden of complying with a variety of foreign laws, medical standards and regulatory requirements, including the regulation of
pharmaceutical and biotechnology products and treatment.

If we have difficulty enrolling a sufficient number of patients to conduct our clinical trials as planned, we may need to delay, limit or terminate
ongoing or planned clinical trials, any of which would have an adverse effect on our business, financial condition, results of operations and prospects.

We may encounter substantial delays in our clinical trials or we may fail to demonstrate safety and efficacy to the satisfaction of applicable
regulatory authorities.

Before obtaining marketing approval from regulatory authorities for the sale of our product candidates, we must conduct extensive clinical studies
to demonstrate the safety and efficacy of the product candidates in humans. Clinical testing is expensive, time-consuming and uncertain as to outcome.
We cannot guarantee that any clinical studies will be conducted as planned or completed on schedule, if at all. A failure of one or more clinical studies
can occur at any stage of testing. Events that may prevent successful or timely completion of clinical development include:

. delays in reaching a consensus with regulatory agencies on study design;

. delays in reaching agreement on acceptable terms with prospective CROs and clinical study sites;

. delays in obtaining required IRB approval at each clinical study site;

. delays in recruiting suitable patients to participate in our clinical studies;

. imposition of a clinical hold by regulatory agencies, after an inspection of our clinical study operations or study sites;

. failure by our CROs, other third parties or us to adhere to clinical study requirements;

. failure to perform in accordance with the FDA’s good clinical practices, or GCP, or applicable regulatory guidelines in other countries;
. delays in the testing, validation, manufacturing and delivery of our product candidates to the clinical sites;

. delays in having patients complete participation in a study or return for post-treatment follow-up;

. clinical study sites or patients dropping out of a study;
. the occurrence of serious adverse events associated with the product candidate that are viewed to outweigh its potential benefits; or
. changes in regulatory requirements and guidance that require amending or submitting new clinical protocols.

Any inability to successfully complete preclinical and clinical development could result in additional costs to us or impair our ability to generate
revenues. In addition, if we make changes to our product candidates, we may need to conduct additional studies to bridge our modified product
candidates to earlier versions, which could delay our clinical development plan or marketing approval for our product candidates. For example, while we
are currently utilizing the LV1 version of the lentiviral vector in the ongoing Phase 1 clinical trial of AVR-RD-01, we plan to transition our AVR-RD-01
lentiviral vectors to an LV2 version. While LV?2 is intended to confer improvements in safety and efficiency in viral production, there is no guarantee
that we can realize these intended benefits. In addition, the transition from LV1 to LV2 will likely require updates to our clinical trial
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applications and INDs with the relevant regulatory authorities, which may result in delay, suspension or termination of ongoing or future clinical trials
pending our submission, and the agencies’ review, of such updates. Clinical study delays could also shorten any periods during which we may have the
exclusive right to commercialize our product candidates or allow our competitors to bring products to market before we do, which could impair our
ability to successfully commercialize our product candidates and may harm our business and results of operations.

If the results of our clinical studies are inconclusive or if there are safety concerns or adverse events associated with our product candidates, we
may:

. be delayed in obtaining marketing approval for our product candidates, if at all;

. obtain approval for indications or patient populations that are not as broad as intended or desired;

. obtain approval with labeling or a REMS that includes significant use or distribution restrictions or safety warnings;

. be subject to changes with the way the product is administered;

. be required to perform additional clinical studies to support approval or be subject to additional post-marketing testing requirements;
. have regulatory authorities withdraw their approval of the product or impose restrictions on its distribution in the form of a REMS;

. be subject to the addition of labeling statements, such as warnings or contraindications;

. be sued; or

. experience damage to our reputation.

Any of these events could prevent us from achieving or maintaining market acceptance of our product candidates and impair our ability to
commercialize our products.

Even if we complete the necessary preclinical and clinical studies, we cannot predict when or if we will obtain regulatory approval to
commercialize a product candidate and the approval may be for a more narrow indication than we seek.

We cannot commercialize a product until the appropriate regulatory authorities have reviewed and approved the product candidate. Even if our
product candidates demonstrate safety and efficacy in clinical studies, the regulatory agencies may not complete their review processes in a timely
manner, or we may not be able to obtain regulatory approval. Additional delays may result if an FDA Advisory Committee or other regulatory authority
recommends non-approval or restrictions on approval. In addition, we may experience delays or rejections based upon additional government regulation
from future legislation or administrative action, or changes in regulatory agency policy during the period of product development, clinical studies and
the review process. Regulatory agencies also may approve a treatment candidate for fewer or more limited indications than requested or may grant
approval subject to the performance of post-marketing studies. In addition, regulatory agencies may not approve the labeling claims that are necessary or
desirable for the successful commercialization of our product candidates. If we are unable to obtain necessary regulatory approvals, our business,
prospects, financial condition and results of operations may suffer.

While we intend to seek designations for our product candidates with the FDA and comparable foreign regulatory authorities that are
intended to confer benefits such as a faster development process or an accelerated regulatory pathway, there can be no assurance that we will
successfully obtain such designations. In addition, even if one or more of our product candidates are granted such designations, we may not
be able to realize the intended benefits of such designations.

The FDA and comparable foreign regulatory authorities offer certain designations for product candidates that are designed to encourage the
research and development of product candidates that are intended to address
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conditions with significant unmet medical need. These designations may confer benefits such as additional interaction with regulatory authorities, a
potentially accelerated regulatory pathway and priority review. However, there can be no assurance that we will successfully obtain such designations
for any of our product candidates. In addition, while such designations could expedite the development or approval process, they generally do not
change the standards for approval. Even if we obtain such designations for one or more of our product candidates, there can be no assurance that we will
realize their intended benefits.

For example, we may seek a Breakthrough Therapy Designation for some of our product candidates. A breakthrough therapy is defined as a
therapy that is intended, alone or in combination with one or more other therapies, to treat a serious or life-threatening disease or condition, and
preliminary clinical evidence indicates that the therapy may demonstrate substantial improvement over existing therapies on one or more clinically
significant endpoints, such as substantial treatment effects observed early in clinical development. For therapies that have been designated as
breakthrough therapies, interaction and communication between the FDA and the sponsor of the trial can help to identify the most efficient path for
clinical development while minimizing the number of patients placed in ineffective control regimens. Therapies designated as breakthrough therapies by
the FDA are also eligible for accelerated approval. Designation as a breakthrough therapy is within the discretion of the FDA. Accordingly, even if we
believe one of our product candidates meets the criteria for designation as a breakthrough therapy, the FDA may disagree and instead determine not to
make such designation. In any event, the receipt of a Breakthrough Therapy Designation for a product candidate may not result in a faster development
process, review or approval compared to therapies considered for approval under conventional FDA procedures and does not assure ultimate approval
by the FDA. In addition, even if one or more of our product candidates qualify as breakthrough therapies, the FDA may later decide that such product
candidates no longer meet the conditions for qualification.

In addition, we may seek Fast Track Designation for some of our product candidates. If a therapy is intended for the treatment of a serious or life-
threatening condition and the therapy demonstrates the potential to address unmet medical needs for this condition, the therapy sponsor may apply for
Fast Track Designation. The FDA has broad discretion whether or not to grant this designation, so even if we believe a particular product candidate is
eligible for this designation, there can be no assurance that the FDA would decide to grant it. Even if we do receive Fast Track Designation, we may not
experience a faster development process, review or approval compared to conventional FDA procedures, and receiving a Fast Track Designation does
not provide assurance of ultimate FDA approval. In addition, the FDA may withdraw Fast Track Designation if it believes that the designation is no
longer supported by data from our clinical development program.

In addition, we may seek a regenerative medicine advanced therapy, or RMAT, designation for some of our product candidates. An RMAT is
defined as cell therapies, therapeutic tissue engineering products, human cell and tissue products, and combination products using any such therapies or
products. Gene therapies, including genetically modified cells that lead to a durable modification of cells or tissues may meet the definition of a
regenerative medicine therapy. The RMAT program is intended to facilitate efficient development and expedite review of RMATs, which are intended to
treat, modify, reverse, or cure a serious or life-threatening disease or condition. A new drug application or a BLA for an RMAT may be eligible for
priority review or accelerated approval through (1) surrogate or intermediate endpoints reasonably likely to predict long-term clinical benefit or
(2) reliance upon data obtained from a meaningful number of sites. Benefits of such designation also include early interactions with FDA to discuss any
potential surrogate or intermediate endpoint to be used to support accelerated approval. A regenerative medicine therapy that is granted accelerated
approval and is subject to post-approval requirements may fulfill such requirements through the submission of clinical evidence, clinical studies, patient
registries, or other sources of real world evidence, such as electronic health records; the collection of larger confirmatory data sets; or post-approval
monitoring of all patients treated with such therapy prior to its approval. RMAT designation is within the discretion of the FDA. Accordingly, even if we
believe one of our product candidates meets the criteria for designation as a regenerative medicine advanced therapy, the FDA may disagree and instead
determine not to make such designation. In any event, the receipt of RMAT designation for a product candidate may not result in a faster development
process, review or approval compared to drugs
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considered for approval under conventional FDA procedures and does not assure ultimate approval by the FDA. In addition, even if one or more of our
product candidates qualify as for RMAT designation, the FDA may later decide that the biological products no longer meet the conditions for
qualification.

Outside of the United States, we intend to develop AVR-RD-01 in Japan under the purview of the Japanese Pharmaceutical and Medical Device
Agency, or PMDA. Pursuant to Japan’s regenerative medicine law, an expedited path to conditional approval may exist for regenerative medicine
products that show sufficient safety evidence and signals of efficacy in a Phase 2 clinical trial. However, there can be no assurance that the results of our
planned Phase 2 clinical trial will demonstrate the safety evidence and efficacy signals required for such conditional approval. In addition, this
conditional approval is time-limited, and there must be an agreement as to follow-up collection of information to confirm efficacy and safety, similar to
a post-marketing commitment in the United States.

We may be unable to obtain orphan drug designation for our product candidates and, even if we obtain such designation, we may not be able
to realize the benefits of such designation, including potential marketing exclusivity of our product candidates, if approved.

Regulatory authorities in some jurisdictions, including the United States and other major markets, may designate drugs intended to treat conditions
or diseases affecting relatively small patient populations as orphan drugs. Under the Orphan Drug Act of 1983, the FDA may designate a product
candidate as an orphan drug if it is intended to treat a rare disease or condition, which is generally defined as having a patient population of fewer than
200,000 individuals in the United States, or a patient population greater than 200,000 in the United States where there is no reasonable expectation that
the cost of developing the drug will be recovered from sales in the United States. In the European Union, EMA’s Committee for Orphan Medicinal
Products grants orphan drug designation to promote the development of products that are intended for the diagnosis, prevention or treatment of a life-
threatening or chronically debilitating condition affecting not more than 5 in 10,000 persons in the European Union. Additionally, orphan designation is
granted for products intended for the diagnosis, prevention or treatment of a life-threatening, seriously debilitating or serious and chronic condition and
when, without incentives, it is unlikely that sales of the drug in the European Union would be sufficient to justify the necessary investment in developing
the drug or biologic product.

If we request orphan drug designation (or the foreign equivalent) for AVR-RD-01 or any of our other product candidates, there can be no
assurances that the FDA or foreign regulatory authorities will grant any of our product candidates such designation. Additionally, the designation of any
of our product candidates as an orphan product does not mean that any regulatory agency will accelerate regulatory review of, or ultimately approve,
that product candidate, nor does it limit the ability of any regulatory agency to grant orphan drug designation to product candidates of other companies
that treat the same indications as our product candidates prior to our product candidates receiving exclusive marketing approval.

Generally, if a product candidate with an orphan drug designation receives the first marketing approval for the indication for which it has such
designation, the product is entitled to a period of marketing exclusivity, which precludes the FDA or foreign regulatory authorities from approving
another marketing application for a product that constitutes the same drug treating the same indication for that marketing exclusivity period, except in
limited circumstances. If another sponsor receives such approval before we do (regardless of our orphan drug designation), we will be precluded from
receiving marketing approval for our product for the applicable exclusivity period. The applicable period is seven years in the United States and 10 years
in the European Union. The exclusivity period in the European Union can be reduced to six years if a product no longer meets the criteria for orphan
drug designation or if the product is sufficiently profitable so that market exclusivity is no longer justified. Orphan drug exclusivity may be revoked if
any regulatory agency determines that the request for designation was materially defective or if the manufacturer is unable to assure sufficient quantity
of the product to meet the needs of patients with the rare disease or condition.
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Even if we obtain orphan drug exclusivity for a product candidate, that exclusivity may not effectively protect the product candidate from
competition because different drugs can be approved for the same condition in the United States. Even after an orphan drug is approved, the FDA may
subsequently approve another drug for the same condition if the FDA concludes that the latter drug is not the same drug or is clinically superior in that it
is shown to be safer, more effective or makes a major contribution to patient care. In the European Union, marketing authorization may be granted to a
similar medicinal product for the same orphan indication if:

. the second applicant can establish in its application that its medicinal product, although similar to the orphan medicinal product already
authorized, is safer, more effective or otherwise clinically superior;

. the holder of the marketing authorization for the original orphan medicinal product consents to a second orphan medicinal product
application; or

. the holder of the marketing authorization for the original orphan medicinal product cannot supply sufficient quantities of orphan medicinal
product.

Even if we obtain regulatory approval for a product candidate, our products will remain subject to regulatory oversight.

Even if we obtain any regulatory approval for our product candidates, they will be subject to ongoing regulatory requirements for manufacturing,
labeling, packaging, storage, advertising, promotion, sampling, record-keeping and submission of safety and other post-market information. Any
regulatory approvals that we receive for our product candidates also may be subject to a REMS, limitations on the approved indicated uses for which the
product may be marketed or to the conditions of approval, or contain requirements for potentially costly post-marketing testing, including Phase 4
clinical trials, and surveillance to monitor the quality, safety and efficacy of the product. For example, the holder of an approved BLA is obligated to
monitor and report adverse events and any failure of a product to meet the specifications in the BLA. FDA guidance advises that patients treated with
some types of gene therapy undergo follow-up observations for potential adverse events for as long as 15 years. The holder of an approved BLA also
must submit new or supplemental applications and obtain FDA approval for certain changes to the approved product, product labeling or manufacturing
process. Advertising and promotional materials must comply with FDA rules and are subject to FDA review, in addition to other potentially applicable
federal and state laws.

In addition, product manufacturers and their facilities are subject to payment of user fees and continual review and periodic inspections by the
FDA and other regulatory authorities for compliance with current good manufacturing practices, or cGMP, requirements and adherence to commitments
made in the BLA or foreign marketing application. If we, or a regulatory authority, discover previously unknown problems with a product, such as
adverse events of unanticipated severity or frequency, or problems with the facility where the product is manufactured or disagrees with the promotion,
marketing or labeling of that product, a regulatory authority may impose restrictions relative to that product, the manufacturing facility or us, including
requiring recall or withdrawal of the product from the market or suspension of manufacturing.

If we fail to comply with applicable regulatory requirements following approval of any of our product candidates, a regulatory authority may:

. issue a warning letter asserting that we are in violation of the law;

. seek an injunction or impose administrative, civil or criminal penalties or monetary fines;

. suspend or withdraw regulatory approval;

. suspend any ongoing clinical trials;

. refuse to approve a pending BLA or comparable foreign marketing application (or any supplements thereto) submitted by us or our strategic
partners;

. restrict the marketing or manufacturing of the product;
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. seize or detain the product or otherwise require the withdrawal of the product from the market;
. refuse to permit the import or export of products; or

. refuse to allow us to enter into supply contracts, including government contracts.

Any government investigation of alleged violations of law could require us to expend significant time and resources in response and could
generate negative publicity. The occurrence of any event or penalty described above may inhibit our ability to commercialize our product candidates and
adversely affect our business, financial condition, results of operations and prospects.

In addition, the FDA’s policies, and those of equivalent foreign regulatory agencies, may change and additional government regulations may be
enacted that could prevent, limit or delay regulatory approval of our product candidates. We cannot predict the likelihood, nature or extent of
government regulation that may arise from future legislation or administrative action, either in the United States or abroad. If we are slow or unable to
adapt to changes in existing requirements or the adoption of new requirements or policies, or if we are not able to maintain regulatory compliance, we
may lose any marketing approval that we may have obtained and we may not achieve or sustain profitability, which would materially and adversely
affect our business, financial condition, results of operations and prospects.

We face significant competition in our industry and there can be no assurance that our product candidates, if approved, will achieve
acceptance in the market over existing established therapies. In addition, our competitors may develop therapies that are more advanced or
effective than ours, which may adversely affect our ability to successfully market or commercialize any of our product candidates.

We operate in a highly competitive segment of the biopharmaceutical market. We face competition from many different sources, including larger
pharmaceutical, specialty pharmaceutical and biotechnology companies, as well as from academic institutions, government agencies and private and
public research institutions. Our product candidates, if successfully developed and approved, will compete with established therapies, some of which are
being marketed by large and international companies. In addition, we expect to compete with new treatments that are under development or may be
advanced into the clinic by our competitors. There are a variety of product candidates, including gene therapies, in development for the indications that
we are targeting.

We anticipate competing with the largest pharmaceutical companies in the world. For example, Sanofi and Shire market the enzyme replacement
therapies, or ERTs, that represent the standard of care for Fabry patients. Recently, Amicus secured regulatory approval in Europe for its oral therapy for
Fabry disease. For Gaucher disease, we expect to compete with existing enzyme replacement therapies marketed by Sanofi, Shire, Protalix and Pfizer, as
well as oral therapies marketed by Actelion and Sanofi. Sanofi also markets an enzyme replacement therapy for Pompe disease. Cystinosis is currently
treated by therapies marketed by Horizon Orphan, Mylan and Sigma Tau Pharmaceuticals. In addition, we may compete with other gene therapy
companies in our industry such as bluebird bio and Spark Therapeutics.

Many of our competitors have significantly greater financial, product candidate development, manufacturing and marketing resources than we do.
Large pharmaceutical and biotechnology companies have extensive experience in clinical testing and obtaining regulatory approval for their products,
and mergers and acquisitions within these industries may result in even more resources being concentrated among a smaller number of larger
competitors. Established pharmaceutical companies may also invest heavily to accelerate discovery and development of novel therapeutics or to in-
license novel therapeutics that could make the product candidates that we develop obsolete. Competition may increase further as a result of advances in
the commercial applicability of technologies and greater availability of capital for investment in these industries. Our business would be materially and
adversely affected if competitors develop and commercialize products that are safer, more effective, have fewer or less severe side effects, have broader
market acceptance, are more convenient or are less expensive than any product candidate that we may develop.
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Even if we obtain regulatory approval of our product candidates, the availability and price of our competitors’ products could limit the demand
and the price we are able to charge for our product candidates. We may not be able to implement our business plan if the acceptance of our product
candidates is inhibited by price competition or the reluctance of physicians to switch from existing methods of treatment to our product candidates, or if
physicians switch to other new drug or biologic products or choose to reserve our product candidates for use in limited circumstances.

Our focus on developing our current product candidates may not yield any commercially viable products, and our failure to successfully
identify and develop additional product candidates could impair our ability to grow.

As part of our growth strategy, we intend to identify, develop and market additional product candidates beyond our existing product candidates for
Fabry disease, Gaucher disease, Pompe disease and cystinosis. We may spend several years completing our development of any particular current or
future product candidates, and failure can occur at any stage. The product candidates to which we allocate our resources may not end up being
successful. Because we have limited resources, we may forego or delay pursuit of opportunities with certain programs or product candidates or for
indications that later prove to have greater commercial potential than AVR-RD-01 or our other product candidates. Our spending on current and future
research and development programs may not yield any commercially viable product candidates. If we do not accurately evaluate the commercial
potential for a particular product candidate, we may relinquish valuable rights to that product candidate through strategic collaborations, licensing or
other arrangements in cases in which it would have been more advantageous for us to retain sole development and commercialization rights to such
product candidate. If any of these events occur, we may be forced to abandon our development efforts with respect to a particular product candidate or
fail to develop a potentially successful product candidate.

Because our internal research capabilities are limited, we may be dependent upon biotechnology companies, academic scientists and other
researchers to sell or license product candidates, approved products or the underlying technology to us. The success of this strategy depends partly upon
our ability to identify, select, discover and acquire promising product candidates and products.

In addition, certain of our current or future product candidates may not demonstrate in patients any or all of the pharmacological benefits we
believe they may possess or compare favorably to existing, approved therapies, such as ERT. We have not yet succeeded and may never succeed in
demonstrating efficacy and safety of our product candidates or any future product candidates in clinical trials or in obtaining marketing approval
thereafter. For example, although we have evaluated AVR-RD-02, AVR-RD-03 and AVR-RD-04 in preclinical studies and have evaluated AVR-RD-01
in an early-stage clinical trial, we have not yet advanced AVR-RD-02, AVR-RD-03 and AVR-RD-04 into clinical trials or AVR-RD-01 into Phase 2
clinical development, nor have we obtained regulatory approval to sell any product based on our therapeutic approaches. Accordingly, our focus on
treating these diseases may not result in the discovery and development of commercially viable products.

If we are unsuccessful in our development efforts, we may not be able to advance the development of our product candidates, commercialize
products, raise capital, expand our business or continue our operations.

Risks related to our reliance on third parties

We expect to rely on third parties to conduct some or all aspects of our vector production, product manufacturing, protocol development,
research and preclinical and clinical testing, and these third parties may not perform satisfactorily.

We do not expect to independently conduct all aspects of our vector production, product manufacturing, protocol development, research and
preclinical and clinical testing. We currently rely, and expect to continue to rely, on third parties with respect to these items. For example, we are moving
our cell processing to an automated, closed system with a single third party supplier.
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Any of these third parties may terminate their engagements with us at any time. If we need to enter into alternative arrangements, it could delay
our product development activities. Our reliance on these third parties for research and development activities will reduce our control over these
activities but will not relieve us of our responsibility to ensure compliance with all required regulations and study protocols. For example, for product
candidates that we develop and commercialize on our own, we will remain responsible for ensuring that each of our preclinical and clinical studies are
conducted in accordance with the study plan, protocols and regulatory requirements.

If our contract counterparties do not successfully carry out their contractual duties, meet expected deadlines or conduct our studies in accordance
with regulatory requirements or our stated study plans and protocols, we will not be able to complete, or may be delayed in completing, the preclinical
and clinical studies required to support approval of our product candidates or the FDA or other regulatory agencies may refuse to accept our clinical or
preclinical data. For example, in 2017, the ongoing investigator-sponsored Phase 1 clinical trial of AVR-RD-01 encountered delays in the enrollment of
patients due to delays in identifying patients for enrollment and the evaluation of information from screened potential trial participants.

Reliance on third-party manufacturers entails risks to which we would not be subject if we manufactured the product candidates ourselves,
including:

. the inability to negotiate manufacturing agreements with third parties under commercially reasonable terms;

B reduced control as a result of using third-party manufacturers for all aspects of manufacturing activities;

. termination or nonrenewal of manufacturing agreements with third parties in a manner or at a time that is costly or damaging to us; and
. disruptions to the operations of our third-party manufacturers or suppliers caused by conditions unrelated to our business or operations,

including the bankruptcy of the manufacturer or supplier.

Any of these events could lead to delays of our preclinical and clinical studies or failure to obtain regulatory approval, or impact our ability to
successfully commercialize future products. Some of these events could be the basis for FDA action, including injunction, recall, seizure or total or
partial suspension of production.

We and our contract manufacturers are subject to significant regulation with respect to manufacturing our products. The manufacturing
facilities on which we rely may not continue to meet requlatory requirements and have limited capacity.

We currently have relationships with a limited number of suppliers for the manufacturing of our viral vectors and product candidates. Each
supplier may require licenses to manufacture such components if such processes are not owned by the supplier or in the public domain and we may be
unable to transfer or sublicense the intellectual property rights we may have with respect to such activities.

All entities involved in the preparation of therapeutics for clinical studies or commercial sale, including our existing contract manufacturers for
our product candidates, are subject to extensive regulation. Components of a finished therapeutic product approved for commercial sale or used in
clinical studies must be manufactured in accordance with good manufacturing practices, or GMP. These regulations govern manufacturing processes and
procedures (including record keeping) and the implementation and operation of quality systems to control and assure the quality of investigational
products and products approved for sale. Poor control of production processes can lead to the introduction of adventitious agents or other contaminants,
or to inadvertent changes in the properties or stability of our product candidates that may not be detectable in final product testing. We or our contract
manufacturers must supply all necessary documentation in support of a BLA on a timely basis and must adhere to the FDA’s good laboratory practices,
or GLP, and GMP regulations enforced by the FDA through its
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facilities inspection program. Some of our contract manufacturers have not produced a commercially-approved product and have never been inspected
by the FDA before. Our facilities and quality systems and the facilities and quality systems of some or all of our third-party contractors must pass a pre-
approval inspection for compliance with the applicable regulations as a condition of regulatory approval of our product candidates or any of our other
potential products. In addition, the regulatory authorities may, at any time, audit or inspect a manufacturing facility involved with the preparation of our
product candidates or our other potential products or the associated quality systems for compliance with the regulations applicable to the activities being
conducted. If these facilities do not pass a pre-approval plant inspection, FDA approval of the products will not be granted.

The regulatory authorities also may, at any time following approval of a product for sale, audit our manufacturing facilities or those of our third-
party contractors. If any such inspection or audit identifies a failure to comply with applicable regulations or if a violation of our product specifications
or applicable regulations occurs independent of such an inspection or audit, we or the relevant regulatory authority may require remedial measures that
may be costly and/or time-consuming for us or a third party to implement and that may include the temporary or permanent suspension of a clinical
study or commercial sales or the temporary or permanent closure of a facility. Any such remedial measures imposed upon us or third parties with whom
we contract could materially harm our business.

If we or any of our third-party manufacturers fail to maintain regulatory compliance, the FDA can impose regulatory sanctions including, among
other things, refusal to approve a pending application for a new drug product or biologic product, or revocation of a pre-existing approval. As a result,
our business, financial condition and results of operations may be materially harmed.

These factors could cause the delay of clinical studies, regulatory submissions, required approvals or commercialization of our product candidates,
cause us to incur higher costs and prevent us from commercializing our products successfully. Furthermore, if our suppliers fail to meet contractual
requirements, and we are unable to secure one or more replacement suppliers capable of production at a substantially equivalent cost, our preclinical and
clinical studies may be delayed.

We are dependent on a limited number of suppliers for some of our components and materials used in our product candidates.

We currently depend on a limited number of suppliers for some of the components necessary for our product candidates. We cannot be sure that
these suppliers will remain in business, or that they will not be purchased by one of our competitors or another company that is not interested in
continuing to produce these materials for our intended purpose. Our use of a limited number of suppliers of raw materials, components and finished
goods exposes us to several risks, including disruptions in supply, price increases, late deliveries and an inability to meet customer demand. There are, in
general, relatively few alternative sources of supply for these components. These vendors may be unable or unwilling to meet our future demands for
our clinical trials or commercial sale. Establishing additional or replacement suppliers for these components could take a substantial amount of time and
it may be difficult to establish replacement suppliers who meet regulatory requirements. Any disruption in supply from any supplier or manufacturing
location could lead to supply delays or interruptions which would damage our business, financial condition, results of operations and prospects.

If we are required to switch to a replacement supplier, the manufacture and delivery of our product candidates could be interrupted for an extended
period, adversely affecting our business. Establishing additional or replacement suppliers may not be accomplished quickly. If we are able to find a
replacement supplier, the replacement supplier would need to be qualified and may require additional regulatory authority approval, which could result
in further delay. For example, the FDA could require additional supplemental data and clinical trial data if we rely upon a new supplier. While we seek
to maintain adequate inventory of the components and materials used in our product candidates, any interruption or delay in the supply of components or
materials, or our inability to obtain components or materials from alternate sources at acceptable prices in a timely manner,
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could impair our ability to conduct our clinical trials and, if our product candidates are approved, to meet the demand of our customers and cause them
to cancel orders.

In addition, as part of the FDA’s approval of our product candidates, the FDA must review and approve the individual components of our
production process, which includes the manufacturing processes and facilities of our suppliers. Our current suppliers have not undergone this process
nor have they had any components included in any product approved by the FDA.

Our reliance on these suppliers subjects us to a number of risks that could harm our reputation, business, and financial condition, including, among
other things:

. the interruption of supply resulting from modifications to or discontinuation of a supplier’s operations;

. delays in product shipments resulting from uncorrected defects, reliability issues, or a supplier’s variation in a component;

. a lack of long-term supply arrangements for key components with our suppliers;

. the inability to obtain adequate supply in a timely manner, or to obtain adequate supply on commercially reasonable terms;

. difficulty and cost associated with locating and qualifying alternative suppliers for our components in a timely manner;

. production delays related to the evaluation and testing of products from alternative suppliers, and corresponding regulatory qualifications;

. a delay in delivery due to our suppliers prioritizing other customer orders over ours;

. damage to our reputation caused by defective components produced by our suppliers;

. increased cost of our warranty program due to product repair or replacement based upon defects in components produced by our suppliers;
and

. fluctuation in delivery by our suppliers due to changes in demand from us or their other customers.

If any of these risks materialize, costs could significantly increase and our ability to conduct our clinical trials and, if our product candidates are
approved, to meet demand for our products could be impacted.

Our reliance on third parties requires us to share our trade secrets, which increases the possibility that a competitor will discover them or that
our trade secrets will be misappropriated or disclosed.

Because we rely on third parties to manufacture our vectors and our product candidates, and because we collaborate with various organizations
and academic institutions on the advancement of our gene therapy approach, we must, at times, share trade secrets with them. We seek to protect our
proprietary technology in part by entering into confidentiality agreements and, if applicable, material transfer agreements, collaborative research
agreements, consulting agreements or other similar agreements with our collaborators, advisors, employees and consultants prior to beginning research
or disclosing proprietary information. These agreements typically limit the rights of the third parties to use or disclose our confidential information, such
as trade secrets. Despite the contractual provisions employed when working with third parties, the need to share trade secrets and other confidential
information increases the risk that such trade secrets become known by our competitors, are inadvertently incorporated into the technology of others, or
are disclosed or used in violation of these agreements. Given that our proprietary position is based, in part, on our know-how and trade secrets, a
competitor’s discovery of our trade secrets or other unauthorized use or disclosure would impair our competitive position and may have a material
adverse effect on our business.

In addition, these agreements typically restrict the ability of our collaborators, advisors, employees and consultants to publish data potentially
relating to our trade secrets. Our academic collaborators typically have
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rights to publish data, provided that we are notified in advance and may delay publication for a specified time in order to secure our intellectual property
rights arising from the collaboration. In other cases, publication rights are controlled exclusively by us, although in some cases we may share these
rights with other parties. Despite our efforts to protect our trade secrets, our competitors may discover our trade secrets, either through breach of these
agreements, independent development or publication of information including our trade secrets in cases where we do not have proprietary or otherwise
protected rights at the time of publication. A competitor’s discovery of our trade secrets would impair our competitive position and have an adverse
impact on our business.

Risks related to commercialization of our product candidates

If we are unable to establish sales, distribution and marketing capabilities or enter into agreements with third parties to market and sell AVR-
RD-01 and our other product candidates, we will be unable to generate any product revenue.

We currently have no sales, distribution or marketing organization. To successfully commercialize any of our current or future product candidates,
if approved, we will need to develop these capabilities, either on our own or with others. The establishment and development of our own commercial
team or the establishment of a contract sales force to market any product candidate we may develop will be expensive and time-consuming and could
delay any product launch. Moreover, we cannot be certain that we will be able to successfully develop this capability. We may enter into collaborations
regarding any approved product candidates with other entities to utilize their established marketing and distribution capabilities, but we may be unable
to enter into such agreements on favorable terms, if at all. If any future collaborators do not commit sufficient resources to commercialize our product
candidates, or we are unable to develop the necessary capabilities on our own, we will be unable to generate sufficient product revenue to sustain our
business. We compete with many companies that currently have extensive, experienced and well-funded sales, distribution and marketing operations to
recruit, hire, train and retain marketing and sales personnel. We also face competition in our search for third parties to assist us with the sales and
marketing efforts of our product candidates, if approved. Without an internal team or the support of a third-party to perform marketing and sales
functions, we may be unable to compete successfully against these more established companies.

If the market opportunities for our product candidates are smaller than we believe they are, our product revenues may be adversely affected
and our business may suffer.

We focus our research and product development on treatments for serious lysosomal storage diseases. Our understanding of both the number of
people who have these diseases, as well as the subset of people with these diseases who have the potential to benefit from treatment with our product
candidates, are based on estimates. These estimates may prove to be incorrect and new studies may reduce the estimated incidence or prevalence of
these diseases. The number of patients in the United States and elsewhere may turn out to be lower than expected, may not be otherwise amenable to
treatment with our products or patients may become increasingly difficult to identify and access, all of which would adversely affect our business,
financial condition, results of operations and prospects.

The commercial success of any current or future product candidate will depend upon the degree of market acceptance by physicians, patients,
third-party payors and others in the medical community.

Even if we obtain any regulatory approval for our product candidates, the commercial success of our product candidates will depend in part on the
medical community, patients, and third-party payors accepting gene therapy products in general, and our product candidates in particular, as effective,
safe and cost-effective. Any product that we bring to the market may not gain market acceptance by physicians, patients, third-party payors and others in
the medical community. The degree of market acceptance of these product candidates, if approved for commercial sale, will depend on a number of
factors, including:

. the potential efficacy and potential advantages over alternative treatments;
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. the prevalence and severity of any side effects, including any limitations or warnings contained in a product’s approved labeling;
. the prevalence and severity of any side effects resulting from the conditioning regimen for the administration of our product candidates;
. the relative convenience and ease of administration;

. the willingness of the target patient population to try new therapies and of physicians to prescribe these therapies;

. the strength of marketing and distribution support and timing of market introduction of competitive products;
. publicity concerning our products or competing products and treatments; and
. sufficient third-party insurance coverage or reimbursement.

Even if a product candidate displays a favorable efficacy and safety profile in preclinical and clinical studies, marke