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PART I
SPECIAL NOTE REGARDING FORWARD-LOOKING STATEMENTS

This Annual Report on Form 10-K contains “forward-looking statements” that involve substantial risks and
uncertainties. All statements other than statements of historical facts contained in this Annual Report on Form 10-K,
including statements regarding our future results of operations and financial position, strategy and plans, and our
expectations for future operations, are forward-looking statements within the meaning of Section 27A of the Securities
Act of 1933, as amended, and Section 21E of the Securities Exchange Act of 1934, as amended. The words “believe,”
“may,” “will,” “estimate,” “continue,” “anticipate,” “design,” “intend,” “expect,” “could,” “plan,” “potential,” “predict,
the negative version of these words and similar expressions are intended to identify forward-looking statements. We
have based these forward-looking statements on our current expectations and projections about future events and
trends that we believe may affect our financial condition, results of operations, strategy, short- and long-term business
operations and objectives, and financial needs. These forward-looking statements are subject to a number of risks,
uncertainties, assumptions and other important factors, including those described in the sections titled “Risk Factors”
and “Management’s Discussion and Analysis of Financial Condition and Results of Operations” included in this Annual
Report on Form 10-K. In light of these risks, uncertainties, assumptions and other factors, the forward-looking events
and circumstances discussed in this Annual Report on Form 10-K may not occur, and actual results could differ
materially and adversely from those anticipated or implied in the forward-looking statements. Given these

uncertainties, you should not place undue reliance on these forward-looking statements.
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Forward-looking statements include, but are not limited to, statements about:

-the timing and success of preclinical studies and clinical trials conducted by us and our development partners;

-the ability to obtain and maintain regulatory approval of our product candidates, and the labeling for any approved

products;

-the scope, progress, expansion and costs of developing and commercializing our product candidates;

-our ability to obtain and maintain intellectual property protection for our product candidates;

-our anticipated growth strategies;

-our expectations regarding competition;

-the anticipated trends and challenges in our business and the market in which we operate;

-our ability to attract or retain key personnel;

-the size and growth of the potential markets for our product candidates and the ability to serve those markets;

-the rate and degree of market acceptance of any of our product candidates;

-our ability to establish and maintain development partnerships;

-our expectations regarding federal, state and foreign regulatory requirements;

-regulatory developments in the United States and foreign countries; and

-our plans for the use of our cash and cash equivalents.
Although we believe that the expectations reflected in the forward-looking statements are reasonable, we cannot
guarantee future results, level of activity, performance or achievements. Any forward-looking statement made by us in
this Annual Report on Form 10-K speaks only as of the date of this report. Except as required by law, we disclaim any
duty to update any of these forward-looking statements after the date of such statements are made, or to update the
reasons actual results could differ materially from those anticipated in these forward-looking statements, even if new
information becomes available in the future.

We encourage you to read the discussion and analysis of our financial condition and our financial statements

contained in this Annual Report on Form 10-K. We also encourage you to read Item 1A of Part I of this Annual

Report on Form 10-K, entitled “Risk Factors,” which contains a more complete discussion of the risks and uncertainties
associated with our business. In addition to the risks described above and in Item 1A of Part I of this report, other



Edgar Filing: REGENXBIO Inc. - Form 10-K

unknown or unpredictable factors also could affect our results. There can be no assurance that the actual results or
developments anticipated by us will be realized or, even if substantially realized, that they will have the expected
consequences to, or effects on, us. Therefore no assurance can be given that the outcomes stated in such
forward-looking statements and estimates will be achieved.
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As used in this Annual Report on Form 10-K, the terms “REGENXBIO,” “Registrant,” “we,” “us,” and “our” mean
REGENXBIO Inc. unless the context indicates otherwise.

INDUSTRY AND MARKET DATA

We obtained the industry, market and competitive position data used throughout this Annual Report on Form 10-K
from our own internal estimates and research, as well as from industry and general publications, in addition to

research, surveys and studies conducted by third parties. Internal estimates are derived from publicly-available
information released by industry analysts and third-party sources, our internal research and our industry experience,
and are based on assumptions made by us based on such data and our knowledge of our industry and market, which

we believe to be reasonable. In addition, while we believe the industry, market and competitive position data included
in this Annual Report on Form 10-K is reliable and is based on reasonable assumptions, such data involves risks and
uncertainties and are subject to change based on various factors, including those discussed in “Risk Factors.” These and
other factors could cause results to differ materially from those expressed in the estimates made by the independent
parties and by us.
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ITEM 1.BUSINESS
Overview

We are a leading biotechnology company focused on the development, commercialization and licensing of
recombinant adeno-associated virus (AAV) gene therapy. In AAV gene therapy, the viral genes are removed from the
AAYV, a small, non-pathogenic virus, creating a biological delivery vehicle called a vector. A therapeutic gene
sequence is then inserted, creating a recombinant vector. Our proprietary AAV gene delivery platform (our NAV
Technology Platform) consists of exclusive rights to over 100 novel AAV vectors, including AAV7, AAVS, AAV9
and AAVrh10 (NAV Vectors). Our mission is to transform the lives of patients suffering from severe diseases with
significant unmet medical needs by developing and commercializing gene therapy products administered directly into
the body, or in vivo, based on our NAV Technology Platform. We seek to accomplish our mission through a
combination of our internal development efforts and the efforts of our third-party licensees (NAV Technology
Licensees). As of December 31, 2015, our NAV Technology Platform was being applied in the development of 28
product candidates for a variety of diseases, including five internally developed product candidates and 23 partnered
product candidates developed by our NAV Technology Licensees. Most of our NAV Technology Licensees have
licensed specific NAV Vectors for the indications they are pursuing. We maintain rights to all unlicensed indications
as well as retaining the right to our NAV Technology Platform for unlicensed vectors in disease indications for which
we have granted licenses.

We are applying our NAV Technology Platform in an effort to generate a broad pipeline of best-in-class and often
first-in-class AAV gene therapy treatments. Our NAV Technology Platform is covered by more than 100 licensed
patents and patent applications worldwide. Our product candidates, which are designed for a variety of diseases,
incorporate proprietary advances in AAV gene therapy that significantly enhance their profiles as potential
therapeutics. The benefits of our NAV Technology Platform have been observed across several clinical trials and
studies conducted by our development partners and third-party investigators. Approximately 70% of all AAV gene
therapy clinical trials relating to new treatment Investigational New Drug applications (INDs) posted on the United
States (U.S.) government clinical trials database from 2012 through 2014 used NAV Vectors.

The foundation of our NAV Technology Platform was discovered in an effort to identify next generation AAV vectors
that could overcome the limitations of earlier generation AAV vectors (AAV1 through AAV6). We believe the key
benefits of NAV Vectors over earlier generation AAV vectors include:

-higher gene expression;

-longer-term gene expression;

-broad and novel tissue selectivity;

-lower immune response; and

-improved manufacturability.
We believe that gene therapies using our NAV Technology Platform (NAV Gene Therapy) have the potential to
transform the treatment paradigm for patients with a wide range of severe diseases with significant unmet medical
needs. NAV Vectors have demonstrated stable expression in animals for over eight years. Moreover, AAVS vectors
have demonstrated stable expression for over four years in a clinical trial for the treatment of hemophilia B.

In certain monogenic, recessive diseases, NAV Gene Therapy may provide clinical benefits for patients that are
substantially greater than currently available therapies. In other types of diseases, such as hemophilia, NAV Gene
Therapy has the potential to replace a lifetime of continuous treatment of standard protein replacement therapy and
other treatment approaches with a single treatment, which could reduce health care system costs while also improving
patients’ quality of life. We believe that the potential efficiency and broad applicability of our NAV Technology
Platform may allow us to develop NAV Gene Therapy treatments that are injected or infused into the bloodstream,
spinal fluid or directly into the target tissue to treat a wide range of diseases.
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Our internal and partnered product development program pipeline is shown below.

We currently plan to build internal gene therapy franchises in the metabolic, neurodegenerative and retinal therapeutic
areas, and develop multiple product candidates in each area. Our most advanced programs are for the treatment of two
severe genetic diseases, homozygous familial hypercholesterolemia (HoFH) and Mucopolysaccharidosis Type I (MPS
I). An IND to support a Phase

4
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I/II clinical trial to evaluate the effect of RGX-501 for the treatment of HoFH is active. We expect a Phase I/ clinical
trial for RGX-501 to be initiated in the first half of 2016. We expect to file an IND with the U.S. Food and Drug
Administration (the FDA) for RGX-111, our program for MPS I, in the first half of 2016 to support a Phase I/II
clinical trial, which we expect to initiate in mid-2016. We also have a preclinical program for wet age-related macular
degeneration (wet AMD) for which we expect to file an IND with the FDA in the second half of 2016 and a
preclinical program for Mucopolysaccharidosis Type II (MPS II) for which we expect to file an IND with the FDA in
the first half of 2017.

Our partnered development pipeline benefits from the disease-specific expertise of our NAV Technology Licensees.
Our partnering strategy provides us the flexibility to sublicense development of treatments designed to address
significant unmet medical needs, while remaining focused on our core programs and therapeutic areas internally,
which we believe enables us to achieve maximum value. We believe that the broad applicability of our NAV
Technology Platform and any clinical successes of the treatments utilizing NAV Vectors will create new internal and
partnered pipeline opportunities.

As an innovator in AAV gene therapy development, our intellectual property strategy is designed to provide us with
extensive protection for our product candidates and our NAV Technology Platform. We currently have exclusive
rights to over 100 patents and patent applications worldwide covering our NAV Vectors, including composition of
matter claims for AAV7, AAV8, AAV9 and AAVrh10, as well as methods for their manufacture and therapeutic uses.
We believe this patent portfolio forms a strong foundation for our current programs and with our ongoing research and
development, we expect to continue to expand this substantial patent portfolio. Our licensed patents not only seek to
protect our key assets - our NAV Technology Platform and our internal product candidates - they also form the basis
for licensing and partnering arrangements.

Our company was formed from a successful collaboration that began in February 2009 between FoxKiser LLP, the
University of Pennsylvania (together with The Trustees of the University of Pennsylvania, Penn) and gene therapy
pioneer James Wilson, M.D., Ph.D. We have built on the foundation of this collaboration to produce what we believe
to be compelling NAV Gene Therapy product candidates derived from discoveries and research in Dr. Wilson’s lab. As
our team has grown, we have continued to build on our scientific foundation, adding depth in gene therapy and
biotechnology leadership. Our management team includes leaders who are experienced in building and operating
innovative healthcare ventures and have expert knowledge in the development of AAV gene therapy. We believe the
strength of our team coupled with the depth of knowledge of our scientific founder and advisors position us to succeed
in developing and bringing to market, independently or with our development partners, unique, best-in-class gene
therapy treatments for a range of severe diseases with significant unmet medical needs.

Our Strategy

Our mission is to transform the lives of patients suffering from severe diseases with significant unmet medical needs
by developing and commercializing in vivo gene therapy products based on our NAV Technology Platform. We are
seeking to develop, manufacture, commercialize and license product candidates across multiple therapeutic areas
while continuing to expand our NAV Technology Platform. To achieve our mission, we are pursuing the following
strategies:

- Apply our proprietary, next generation AAV vector technology to develop in vivo gene therapies for patients. We
believe in vivo gene therapy is an ideal treatment paradigm for many diseases with sub-optimal or non-existent
therapies because of its potential to correct an underlying genetic defect, rather than just treating a patient’s
symptoms. We believe our NAV Technology Platform will prove to be a significant advancement over earlier AAV
vectors. Based on data derived from third-party clinical studies using our NAV Vectors, we believe our NAV
Technology Platform possesses unique, beneficial properties that are not seen in earlier generation AAVs. We

12
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believe that our NAV Technology Platform, which underpins our internal development programs and the programs
of our NAV Technology Licensees, will enable us and our partners to develop best-in-class gene therapy candidates
for a wide range of disease targets due to these unique properties.

-Focus on rapidly advancing our internal lead proprietary development programs in metabolic, neurodegenerative and
retinal diseases. Both HoFH and MPS I are diseases with high unmet clinical need and current treatments that are
sub-optimal or non-existent. An IND to support a Phase I/II clinical trial to evaluate the effect of RGX-501 for the
treatment of HoFH is active. We expect a Phase I/II clinical trial for RGX-501 to be initiated in the first half of
2016. We expect to file an IND for MPS I in the first half of 2016 and expect to initiate a Phase I/II clinical trial for
MPS I in mid-2016. If we are successful in achieving proof-of-concept in the Phase I/II clinical trials for these
diseases, we will pursue registration trials and commercialization of such product candidates. In addition, we plan to
progress our product development programs for wet AMD and MPS II toward clinical trials and expect to file INDs
for these programs in the second half of 2016 and the first half of 2017, respectively.

13
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-Establish gene therapy franchises in our current core therapeutic areas of metabolic, neurodegenerative and retinal
diseases. After human proof-of-concept is achieved in a disease, we believe we will be able to apply what we have
learned and use our NAV Technology Platform to more rapidly develop new product candidates for many similar
diseases. Once an appropriate vector and route of administration for a particular disease type have been established,
a new gene can be inserted into the appropriate vector and the established route of administration can be used for
other similar diseases. We expect to use this approach to further build the foundation for our neurodegenerative
disease franchise by filing an IND in the first half of 2017 for our MPS II program and moving to clinical trials
thereafter if we are able to demonstrate human proof-of-concept in MPS 1. We believe that this approach is also
applicable to metabolic and retinal diseases, as well as many other therapeutic areas, and will allow us to efficiently
generate product candidates for diseases in and beyond our current areas of therapeutic focus.

-Further grow the pipeline of products based on our NAV Technology Platform through strategic in-licensing and
sublicensing of new programs. We also plan to grow the pipeline of commercial product development programs
using our NAV Technology Platform through licensing. For example, we plan to pursue in-licensing for programs
we deem to be the most promising research programs using our NAV Vectors. We intend to continue to selectively
sublicense our NAV Technology Platform for specific vector and indication combinations to additional NAV
Technology Licensees. Strategic sublicensing allows us to maintain our internal product development focus in our
core disease indications and therapeutic areas while still expanding the NAV Gene Therapy pipeline, developing a
greater breadth of treatments for patients, providing additional technological and potential clinical proof-of-concept
for our NAV Technology Platform, and creating potential additional revenue.

-Maintain and grow our extensive intellectual property portfolio. We plan to leverage our intellectual property rights
and substantial expertise in AAV gene therapy in order to develop and commercialize NAV Gene Therapy
treatments. We have licensed exclusive rights to a broad portfolio of certain fundamental AAV gene therapy patents
and patent applications. In securing these rights, we have focused on obtaining robust rights for those intellectual
property assets we believe will be most important in providing us with a competitive advantage with respect to AAV
gene therapy treatments. We plan to continue to seek to protect and enhance the proprietary technology, inventions,
and improvements that are commercially important to the development of our business.

Our Strengths

We believe our technology, expertise and know-how will allow us to maintain our leadership position in the gene
therapy field. Our strengths include the following:

-Our NAV Technology Platform, for which we have an exclusive worldwide license.

-Strong clinical data supporting proof-of-concept of our NAV Technology Platform from three separate reported
Phase I/II third-party clinical trials using AAV8 for the treatment of hemophilia B and a clinical trial using AAV9
for the treatment of spinal muscular atrophy type I (SMA Type I).

-The largest pipeline of programs in AAV gene therapy with 28 total product candidates that use our NAV
Technology Platform as of December 31, 2015, consisting of our five internal programs and 23 partnered product
candidates being developed by our NAV Technology Licensees.

-Two internal programs, RGX-501 for the treatment of HoFH and RGX-111 for the treatment of MPS I, which we
expect to advance into clinical trials in the first half of 2016 and mid-2016, respectively.

-Three ongoing clinical trials being conducted by our NAV Technology Licensees targeting diseases with significant
unmet needs: SMA Type I, Mucopolysaccharidosis Type IIIA (MPS IIIA) and hemophilia B. There are no currently
approved treatments for SMA Type I or MPS IIIA.

-Our NAV Technology Platform expertise, which allows us to apply what we may learn in a specific disease program
to similar diseases, enabling us to rapidly develop additional product candidates for related disease indications.

-Our long-standing relationships with academics, leading research institutions, scientists and scientific advisors who
have vast experience in the field of gene therapy and contribute key insights and significant developments to the
field.

The Broad Potential and Application of Gene Therapy

14
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The concept of developing human therapies involving the delivery of external genes has existed for decades, driven by
the arrival of recombinant technology and the early demonstrations by scientists of the ability to deliver and drive
expression of external gene sequences in mammalian cells.

6
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We believe that gene therapy has the potential to become a new and important class of treatment because it may offer
the following benefits:

- Ability to treat a broad range of diseases. Given the availability of the sequence of the entire human genome, it could
be possible to design gene therapy to express or effect expression of any human protein whose presence, absence or
activity causes disease.

- Ability to target mechanisms that cannot be targeted effectively by existing drug classes. Many proteins that play
roles in disease cannot be targeted effectively with small molecules and therapeutic proteins. These limitations on
small molecule and protein drugs may not apply to gene therapy, which we believe can be designed to target any
gene in the genome.

-Inherently specific, natural and therefore potent mechanism of action. Gene therapy is designed to result in proteins
specifically targeting the underlying cause of a disease and that are produced naturally in humans. This mechanism
has the inherent theoretical benefit of creating more potent treatments with a reduced risk of inactivation.

-Simplified discovery of treatment candidates. Identification of small molecule and protein drug candidates typically
requires screening of a large number of potential candidates to find prospective leads. Identification of gene therapy
candidates has the potential to be simpler and take considerably less time because it can involve relatively standard
processes that can be applied in a similar fashion to many successive product candidates.

- Ability to create convenient treatment profiles. Because gene therapies are designed to deliver a long-term effect
with a single administration, a single gene delivered via gene therapy could potentially do the same work of
administering conventional drugs for many years.

Historically, the primary challenge for gene therapy has been the delivery of genes into cells. Genes are made of
deoxyribonucleic acid (DNA), which is a large, highly charged molecule that is difficult to transport across a cell
membrane and deliver to the nucleus, where it can be transcribed and translated into protein. The genetic material
needs to be delivered efficiently and to the desired target tissues and cell types, which will vary depending on the
disease to be treated. Based on this need, scientists have designed and developed a variety of gene vectors in order to
facilitate gene delivery in cells.

To date, the study of gene vectors as treatments in humans has involved approaches with in vivo and ex vivo
techniques using a variety of different gene vectors. Each approach presents different features and benefits for the
treatment of a particular disease. Ex vivo gene therapy approaches generally are employed to target correction in
blood and bone marrow. These methods typically involve harvesting and isolating a patient’s own cells. Both the
patient and cells undergo several preparatory steps to allow for modification of the cells by gene vectors. Ultimately,
the modified cells are re-administered to the patient. In vivo gene therapy approaches involve directly administering
(e.g., by infusion or injection) gene vectors into patients in order to reach desired cells in target tissues (e.g., liver,
brain, eye, muscle, heart). These methods rely on a combination of the route of administration and the gene vectors
themselves to facilitate the correction in the target tissues. We focus on in vivo gene therapy.

Among vectors available for in vivo gene therapy, viral vectors have been adopted with the greatest frequency because
they have demonstrated the greatest efficiency in gene delivery to date. This efficiency exists because viral vectors are
derived from naturally occurring viruses whose normal life-cycle relies on gene delivery of their own genomes. In
other words, they are naturally optimized to deliver genes to cells. Many viral vectors have presented sub-optimal
safety profiles for in vivo treatment in humans because the viruses from which they are derived are pathogenic
(causing disease), immunogenic (causing immune response) or create genomic toxicity (delivering a gene to a place
where it interrupts normal function). Vectors derived from adenovirus, herpes virus and retroviruses have been tested
as in vivo viral vectors.

Vectors derived from AAV have among the best safety profiles for gene therapy given that AAVs are not known to be

associated with disease in humans. The earlier generation AAV vectors were designed by scientists in the mid-1980s
and the first clinical trials using AAV began in the mid-1990s. There were only a handful of AAV vectors availab