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Forwardlooking statements
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Section21E of the Securities Exchange Act of 1934, as amended. These statements express a belief, expectation or intergigerserally
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and cash flow. REGENXBIO has based these fotoglithg statements on its current expectations and assumptions and analyseshyad

REGENXBIO in light of its experience and its perception of historical trends, current conditions and expected future eleteclapmell as other

factors REGENXBIO believes are appropriate under the circumstances. However, whether actual results and developmdotsnwilltbon
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completion and the success of clinical trials conducted by REGENXBIO, its licensees and its partners, the timing of centraed@empletion

and the success of preclinical studies conducted by REGENXBIO and its development partners, the timely development aintklaproiducts,

the ability to obtain and maintain regulatory approval of product candidates, the ability to obtain and maintain intellactpelty protection for

product candidates and technology, trends and challenges in the business and markets in which REGENXBIO operates] thevdizefin

potential markets for product candidates and the ability to serve those markets, the rate and degree of acceptance ofgarmtidates, and other
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expressly qualified by the cautionary statements contained or referred to herein. The actual results or developmentdethti@yanot be realized

or, even if substantially realized, they may not have the expected consequences to or effects on REGENXBIO or itsdnugieeations. Such

statements are not guarantees of future performance and actual results or developments may differ materially from thostegiojethe forward

looking statements. Readers are cautioned not to rely too heavily on the forwmaking statements contained in this presentati These forward

looking statements speak only as of the date of this presentation. REGENXBIO does not undertake any obligation, aiigt dpeliifesaany

obligation, to update or revise any forwatdoking statements, whether as a result of new information, future events or ottserwi
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REGENXBI®Geeking to improve lives through the curative potential
of gene therapy

4 clinical stage programs 1 FDA approved product and
with next data readout for R&%14 15clinical stage product candidates
expected in late 2019 being developed by thirgharty licensees;

over 20 partnered programs in total

ProprietaryNAVWTechnology Platform

includes exclusivevorldwide rights to over 100 AAV vectars
includingAAV7, AAVS, AAVENdAAVIn10

Management team areexperienced drug developers
andleaders in gene therapy
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Internally developed product candidates

Development Stage Commercial Rights

Research Preclinical Phase | / I Phase Il

Retinal Disease

wet AMD
Diabetic retinopathy 5%314 Worldwide

I R RaftitVEGF treated conditions 5X314

Neurodegenerative Disease

MPS I Ax . Worldwide

MPS | Ax - D Worldwide

CLN2 disease A Worldwide
Tauopathies D ummune coCommercialization
Liverdirected .

HoFH A B Worldwide

Hereditary angioedema D Worldwide

A Orphan Drug Designation

®
y - - . e 3 AAvmediated antibody delivery for chronic diseases

o"‘. R — E — N X B I D * Rare Pediatric Disease Designation 4
i%.- »

Fast Track Designation Monogenic gene replacement
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Over 20 partnered product candidates being developed by NAV Technology Licensees

Research Preclinical Phase | /I Phase 11l / Approved
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Indication Licensee Indication Licens Indication s?aee Indication Licensee
o PKU uttragenyX  Wilson Disease uttragenyx  Hemophilia A
8’ - ultrageny/!
© Hemophilia A o
© Y,
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Synucleinopathies .
(GBA 4 -Syn RNAj)  Prevail CLN1 ® Apeona
@ g 2 PompeDisease AUDENTES » CPVT AUDENTES » XLMTM AUDENTES >
g3
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¢ 4 o".' R — E — N X B I D@ Zolgensm@® is approved in the U.S. for the treatment of pediatric patients less than 2 years of 5
....' — — age with SMA with kallelic mutations in the SMN1 gene



'

&‘,REEENXBIDﬁ 6

o

Internal
Development
Programs



{':qo R=EG=NXBIO

RGX314for treatment of wet agerelated macular
degeneration(wet AMD)

THE DISEASE

A Blurring of central vision and progressive vision
loss due to formation of leaky blood vessels in
the eye

A VEGEF inhibitors are standard of care to treat
fluid and associated vision loss

A Frequency / uncomfortable administration of
current anttVEGF therapies affects compliance
and ultimately efficacy

A >2 millionpatientsestimated in U.S., Europe
and Japan

RGX314 PRODUCT CANDIDATE

@ Vector:AAVS8 ‘ kz

Mechanism of action

Gene:anti-VEGF Fab

Reducing leaky blood vessel formation by giving
retinal cells the ability to produce an afEGF fab

Routes of administration

Suprachoroidal
(preclinical)

o )

Subretinal
(clinical)




Ocular gene therapy delivery methods to reach the back of the eye

Comparative profiles

Subretinal space Suprachoroidal space

Sclera 4
Chormd,

Agqueous Humor Retina

Macula

Lens
Optic Nerve

Vitreous chamber
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Potential Patient

Delivery Space Eligibility
Subretinal Spack AAV Neutralizing Antibody
A Direct and broad transduction of the retin| (NAD) Status

observed in preclinical studies A All patients eligible,

A Minimal exposure to the vitreous and regardless oNAbstatus

anterior segment
A Low risk of immune response
A Low risk of inflammation

Suprachoroidal Space (SES) AAVNAD Status

A Direct and broad transduction of the retin| A Patients withoutNAbsto
observed in preclinical studies AA\B

A Minimal exposure to the vitreous and A ~70% for AAVS
anterior segment A ~30% for AAV2

A Low risk of immune response
A Low risk of inflammation

Vitreous Chamber AAVNAD Status

A Inner limiting membrane (ILM) presents | A Patients withoutNAbsto
physical barrier, potentially limiting direct AA\P
transduction of the retina A ~70% for AAVS

A Limited transduction of the retina A ~30% for AAV2
observed in preclinical studits

A Broad exposure to the vitreous and
anterior segment

A High risk of immune respon%é
A High risk of inflammatich

A Potential oral systemic corticosteroid
prophylaxis needed

1Vandenberghe et al. 20cience Translational Medicjr#®ing, K., et aR019 Journal of Clinical

Investigation 2 Yin L, et al. 201DVS$* Bennett, J., et al., 20Human Gene TherapyHeierJS, 8
et al. 2016.ancet ® KottermanM, et al. 20155ene Therapy Bouquet C, et al. 201.JAMA

Ophthalmology® CalceddR, et al. 2009ournal of Infectious Disease



Widespread retinal transduction achieved via subretinal and
suprachoroidal delivery of AAV8 in nenuman primates

Suprachoroidal Injectioh
AAV8.GFP 4.75 x ¥GC
» @i

Subretinal Injectionrt
AAV8.GFP 1.0 x 0GC
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RGX314 Phase I/lla clinical trial in wet AMD

<§j§> OBJECTIVES o

4 I ‘
Primary } 1 ¢

\x
7
A Effect of RGB14 on best corrected visual acuity

/"'
il
)J ‘ .
\ “ )
(BCVA) and central retinal thickness (CRT) as measure B

by Spectral Domain Optical Coherence Tomography KEY INCLUSION CRITERIA

- (SROCT) Aal 8 2NJ FSYFES % pn
A Additional antgVEGF injections poRGX314

A To determine the safety and tolerability of RGX4 in
subjects with wet AMD through six months

Secondary
A Expression of R@X14 protein in the eye

A Previously treated wet AMD subjects
NE |j dzA N oVBGPFinjectiony/idl the 8
months prior to trial entry

Subjects Up to 42 total

Route of administrationsubretinal A Documented response to agVEGF at trial

entry (assessed by §DCT at week 1)

A Vision of 20/63 to 20/400 for the initial
subject, then 20/40 to 20/400 for the rest
of each cohort

Sites Eightleading retinal surgery centers across
the United States

. A Pseudophakic (status post cataract surgery

.5.-’0"9: R=G=NXBIOr 10
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RGX314 Phase Waclinical trial: Administration and dose escalation

Administration and followup timeline

Baseline assessment Treatment evaluation Follow up
Weeks
anticVEGF injection SI;OCT assessment Safety endpoint Secondary endpoints
: Loyl gl
ra Y ra Y ra Y ra Y ra Y
01 6 10 14 18 22 26 54 106

RGX314 administration

Anti¢VEGF rescue therapy if needed

Dose escalation pathway

Dose 1
n==6

3x1@® GCleye

Dose 3
n==6

Dose 2
n=6
1x10°GCleye

6x10°GCleye

Safety
reviewt

42 total subjects dosed across five cohorts

]
¢ ".' R — E — N X B I D“ﬁ 1 Dose escalation safety review to occur four weeks after final subject in each cohort has been dosed 11
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RGX314 Phase I/lla clinical triaBafety and data summalry

A RGX314 waswellctolerated (n=42)
A No drugrelated AEs or drugelated SAEs
A Most AEs were assessed as mild (Grag&2%)

A No observed clinically determined immune responségugrelated ocular inflammation,
or any postsurgical inflammation beyond what is expected following routine vitrectomy

A TenSAEshat were not drugrelated werereported insevensubjects

A Dosedependentincreases in protein expression levels at one month post3R&X
administrationobserved across all doses (Cohorts 3)

A 50% of subjects (3/6) in Cohort 3 remaijection-free at 18 months

o
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RGX314 Phase Uaclinical trial: Summary through one year

Aqueous Aqueous
RGX314 protein| RGX314 protein
one month one year
postctreatment | postctreatment

Mean change
in BCVA
one year

post-treatment

Mean # ofanti¢ | Mean change in
VEGF injectiony CRT one year

through one yeal post-treatment

Cohort 1 _
calelw = 2.5 ng/mt 2.2 ng/me 10.5 inf +33 un? -7 letters’
(n=6)

Cohort 2 o
ihalellelo 8  12.8 ng/ml 45.8 ng/ml 8.8 inj +56 um +2 letters
(n=6)

Cohort 3 -
alileoay 160.2 ng/ml  180.8 ng/ml 2.3 in; -39 um +5 letters
(n=6)

1 N=5; one subject in Cohort 1 did not have aqueous sample taken at Week 6

2N=5; one subject in Cohort 1 discontinued from the study at four months

3 0One subject in Cohort 1 discontinued from the study at four months with four injections
and was imputed as requiring thirteen injections through one year (or 52 weeks)
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