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Forward-looking statements

¢Ƙƛǎ ǇǊŜǎŜƴǘŀǘƛƻƴ ƛƴŎƭǳŘŜǎ άŦƻǊǿŀǊŘ-ƭƻƻƪƛƴƎ ǎǘŀǘŜƳŜƴǘǎΣέ ǿƛǘƘƛƴ ǘƘŜ ƳŜŀƴƛƴƎ ƻŦ {ŜŎǘƛƻƴ27A of the Securities Act of 1933, as amended, and 

Section21E of the Securities Exchange Act of 1934, as amended. These statements express a belief, expectation or intention and are generally 

ŀŎŎƻƳǇŀƴƛŜŘ ōȅ ǿƻǊŘǎ ǘƘŀǘ ŎƻƴǾŜȅ ǇǊƻƧŜŎǘŜŘ ŦǳǘǳǊŜ ŜǾŜƴǘǎ ƻǊ ƻǳǘŎƻƳŜǎ ǎǳŎƘ ŀǎ άōŜƭƛŜǾŜΣέ άƳŀȅΣέ άǿƛƭƭΣέ άŜǎǘƛƳŀǘŜΣέ άŎƻƴǘƛƴǳŜΣέ άŀƴǘƛŎƛǇŀǘŜΣέ 

άŘŜǎƛƎƴΣέ άƛƴǘŜƴŘΣέ άŜȄǇŜŎǘΣέ άŎƻǳƭŘΣέ άǇƭŀƴΣέ άǇƻǘŜƴǘƛŀƭΣέ άǇǊŜŘƛŎǘΣέ άǎŜŜƪΣέ άǎƘƻǳƭŘΣέ άǿƻǳƭŘέ ƻǊ ōȅ ǾŀǊƛŀǘƛƻƴǎ ƻŦ ǎǳŎƘ ǿƻǊds or by similar 

expressions. The forward-ƭƻƻƪƛƴƎ ǎǘŀǘŜƳŜƴǘǎ ƛƴŎƭǳŘŜ ǎǘŀǘŜƳŜƴǘǎ ǊŜƭŀǘƛƴƎ ǘƻΣ ŀƳƻƴƎ ƻǘƘŜǊ ǘƘƛƴƎǎΣ w9D9b·.LhΩǎ ŦǳǘǳǊŜ ƻǇŜǊŀǘƛƻƴǎΣ Ŏlinical trials, costs 

and cash flow. REGENXBIO has based these forward-looking statements on its current expectations and assumptions and analyses made by 

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

factors REGENXBIO believes are appropriate under the circumstances. However, whether actual results and developments will conform with 

w9D9b·.LhΩǎ ŜȄǇŜŎǘŀǘƛƻƴǎ ŀƴŘ ǇǊŜŘƛŎǘƛƻƴǎ ƛǎ ǎǳōƧŜŎǘ ǘƻ ŀ ƴǳƳōŜǊ ƻŦ Ǌƛǎƪǎ ŀƴŘ ǳƴŎŜǊǘŀƛƴǘƛŜǎΣ ƛƴŎƭǳŘƛƴƎ ǘƘŜ ǘƛƳƛƴƎ ƻŦ ŜƴǊƻƭƭƳŜƴt, commencement and 

completion and the success of clinical trials conducted by REGENXBIO, its licensees and its partners, the timing of commencement and completion 

and the success of preclinical studies conducted by REGENXBIO and its development partners, the timely development and launchof new products, 

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

product candidates and technology, trends and challenges in the business and markets in which REGENXBIO operates, the size and growth of 

potential markets for product candidates and the ability to serve those markets, the rate and degree of acceptance of productcandidates, and other 

ŦŀŎǘƻǊǎΣ Ƴŀƴȅ ƻŦ ǿƘƛŎƘ ŀǊŜ ōŜȅƻƴŘ ǘƘŜ ŎƻƴǘǊƻƭ ƻŦ w9D9b·.LhΦ wŜŦŜǊ ǘƻ ǘƘŜ άwƛǎƪ CŀŎǘƻǊǎέ ŀƴŘ άaŀƴŀƎŜƳŜƴǘΩǎ 5ƛǎŎǳǎǎƛƻƴ ŀƴŘ !ƴŀƭysis of Financial 

/ƻƴŘƛǘƛƻƴ ŀƴŘ wŜǎǳƭǘǎ ƻŦ hǇŜǊŀǘƛƻƴǎέ ǎŜŎǘƛƻƴǎ ƻŦ w9D9b·.LhΩǎ !ƴƴǳŀƭ wŜǇƻǊǘ ƻƴ CƻǊƳ мл-K for the year ended December 31, 2018 andcomparable 

άǊƛǎƪ ŦŀŎǘƻǊǎέ ǎŜŎǘƛƻƴǎ ƻŦ w9D9b·.LhΩǎ vǳŀǊǘŜǊƭȅ wŜǇƻǊǘǎ ƻƴ CƻǊƳ мл-Q and other filings, which have been filed with the U.S. Securities and Exchange 

/ƻƳƳƛǎǎƛƻƴ ό{9/ύ ŀƴŘ ŀǊŜ ŀǾŀƛƭŀōƭŜ ƻƴ ǘƘŜ {9/Ωǎ ǿŜōǎƛǘŜ ŀǘ ǿǿǿΦǎŜŎΦƎƻǾΦ !ƭƭ ƻŦ ǘƘŜ ŦƻǊǿŀǊŘ-looking statements made in this presentation are 

expressly qualified by the cautionary statements contained or referred to herein. The actual results or developments anticipated may not be realized 

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

statements are not guarantees of future performance and actual results or developments may differ materially from those projected in the forward-

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

looking statements speak only as of the date of this presentation. REGENXBIO does not undertake any obligation, and specifically declines any 

obligation, to update or revise any forward-looking statements, whether as a result of new information, future events or otherwise.



REGENXBIO: seeking to improve lives through the curative potential 
of gene therapy
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ProprietaryNAV®Technology Platform

includes exclusive worldwide rights to over 100 AAV vectors, 

including AAV7, AAV8, AAV9 andAAVrh10

1 FDA approved product and

15clinical stage product candidates
being developed by third-party licensees;

over 20 partnered programs in total

4 clinical stage programs
with next data readout for RGXς314 

expected in late 2019

Management team are experienced drug developers
and leaders in gene therapy



Research Preclinical Phase I / II Phase III

Retinal Disease
wet AMD

Diabetic retinopathy

!ŘŘΩƭanti-VEGF treated conditions

Neurodegenerative Disease
MPS II

MPS I

CLN2 disease

Tauopathies

Liver-directed
HoFH

Hereditary angioedema

w9D9b·.LhΩǎ ƭŜŀŘ ǇǊƻƎǊŀƳǎ
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Orphan Drug Designation

Rare Pediatric Disease Designation

Fast Track Designation

Internally developed product candidates

Development StageIndication Commercial Rights

AAV-mediated antibody delivery for chronic diseases

Monogenic gene replacement

Worldwide

Worldwide

Worldwide

Worldwide

Co-Commercialization

Worldwide

Worldwide

RGX-314

RGX-314

RGX-314

RGX-121

RGX-111

RGX-181

RGX-501



w9D9b·.LhΩǎNAV Technology Platform has been widely adopted
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Over 20 partnered product candidates being developed by NAV Technology Licensees

Research Preclinical Phase I / II Phase III / Approved

Indication Licensee Indication                      LicenseeIndication
Licen
see

Indication Licensee
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ic PKU Wilson Disease Hemophilia A

Hemophilia A

OTC Deficiency

GSDIa

Crigler-Najjar

C
e

n
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a
l n

e
rv
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sy

st
e

m

CDKL5 Deficiency Rett Syndrome SMA Type II / III SMA Type I

Undisclosed ALS SOD1
tŀǊƪƛƴǎƻƴΩǎ ǿκ D.! ϧ
Neuronopathic Gaucher

MPS IIIA

CLN3 MPS IIIA

CǊƛŜŘǊŜƛŎƘΩǎ ŀǘŀȄƛŀMPS IIIA

FTD-GRN MPS IIIB

Synucleinopathies
(GBA + h-Syn RNAi)

CLN1

C
a

rd
ia

c 
/ 

sk
e

le
ta

l 
m

u
s
cl

e PompeDisease CPVT XLMTM

DanonDisease

Zolgensma® is approved in the U.S. for the treatment of pediatric patients less than 2 years of 
age with SMA with bi-allelic mutations in the SMN1 gene



Internal 
Development 
Programs
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THE DISEASE

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

Á VEGF inhibitors are standard of care to treat 
fluid and associated vision loss

Á Frequency / uncomfortable administration of 
current anti-VEGF therapies affects compliance 
and ultimately efficacy

Á >2 million patientsestimated in U.S., Europe 
and Japan
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Vector: AAV8 Gene: anti-VEGF Fab

Mechanism of action

Reducing leaky blood vessel formation by giving 
retinal cells the ability to produce an anti-VEGF fab

RGXς314 for treatment of wet age-related macular 
degeneration(wet AMD)

RGXς314 PRODUCT CANDIDATE

Routes of administration

Subretinal
(clinical)

Suprachoroidal
(preclinical)



Delivery Space
Potential Patient 
Eligibility

Subretinal Space1

Á Direct and broad transduction of the retina 
observed in preclinical studies

Á Minimal exposure to the vitreous and 
anterior segment

Á Low risk of immune response

Á Low risk of inflammation

AAV Neutralizing Antibody 
(NAb) Status

Á All patients eligible, 
regardless of NAbstatus

Suprachoroidal Space (SCS)2

Á Direct and broad transduction of the retina 
observed in preclinical studies

Á Minimal exposure to the vitreous and 
anterior segment

Á Low risk of immune response

Á Low risk of inflammation

AAV NAbStatus 

Á Patients without NAbsto 
AAV8

Á ~70% for AAV8

Á ~30% for AAV2

Vitreous Chamber

Á Inner limiting membrane (ILM) presents 
physical barrier, potentially limiting direct 
transduction of the retina3

Á Limited transduction of the retina 
observed in preclinical studies4

Á Broad exposure to the vitreous and 
anterior segment

Á High risk of immune response5,6

Á High risk of inflammation4

Á Potential oral systemic corticosteroid 
prophylaxis needed7

AAV NAbStatus 

Á Patients without NAbsto 
AAV8

Á ~70% for AAV8

Á ~30% for AAV2

Aqueous Humor

Lens
Optic Nerve

Macula

Retina

Choroid
Sclera

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

1 Vandenberghe et al. 2011 Science Translational Medicine, 2 Ding, K., et al. 2019 Journal of Clinical 
Investigation, 3 Yin L, et al.  2011 IOVS, 4 Bennett, J., et al., 2017 Human Gene Therapy, 5 HeierJS, 
et al. 2016 Lancet, 6 KottermanM, et al. 2015 Gene Therapy, 7 Bouquet C, et al. 2019 JAMA 
Ophthalmology, 8 CalcedoR, et al. 2009 Journal of Infectious Disease

Suprachoroidal spaceSubretinal space

Vitreous chamber
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Widespread retinal transduction achieved via subretinal and 
suprachoroidal delivery of AAV8 in non-human primates  

1 VandenbergheLH, et al. 2011 Science Translational Medicine 
2 Ding, K., et al. 2019 Journal of Clinical Investigation

Subretinal Injection1

AAV8.GFP 1.0 x 1011 GC
Suprachoroidal Injection2

AAV8.GFP 4.75 x 1011 GC
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RGXς314 Phase I/IIa clinical trial in wet AMD

KEY INCLUSION CRITERIA

ÁaŀƭŜ ƻǊ ŦŜƳŀƭŜ җ рл ǘƻ уф ȅŜŀǊǎ ƻŦ ŀƎŜ

ÁPreviously treated wet AMD subjects 
ǊŜǉǳƛǊƛƴƎ җп ŀƴǘƛςVEGF injections in the 8 
months prior to trial entry 

ÁDocumented response to antiςVEGF at trial 
entry (assessed by SDςOCT at week 1)

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

ÁPseudophakic (status post cataract surgery)

Subjects: Up to 42 total

Route of administration: subretinal

Sites: Eightleading retinal surgery centers across 
the United States
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OBJECTIVES

Primary 

ÁTo determine the safety and tolerability of RGXς314 in 
subjects with wet AMD through six months

Secondary

ÁExpression of RGXς314 protein in the eye

ÁEffect of RGXς314 on best corrected visual acuity 
(BCVA) and central retinal thickness (CRT) as measured 
by Spectral Domain Optical Coherence Tomography 
(SDςOCT) 

ÁAdditional antiςVEGF injections post-RGXς314



RGXς314 Phase I/IIaclinical trial: Administration and dose escalation

111 Dose escalation safety review to occur four weeks after final subject in each cohort has been dosed

42 total subjects dosed across five cohorts

Administration and follow-up timeline

Dose escalation pathway

Baseline assessment Treatment evaluation Follow up

Weeks

0 1

2

6 10 1814 22 26 54 106

antiςVEGF injection SDςOCT assessment

RGXς314 administration

Safety endpoint Secondary endpoints

AntiςVEGF rescue therapy if needed

Dose 1
n = 6

Dose 2
n = 6

Dose 3
n = 6

Safety 
review1

Dose 4
n = 12

Dose 5
n = 12

2.5x1011 GC/eye1.6x1011 GC/eye6x1010 GC/eye1x1010 GC/eye3x109 GC/eye

Safety 
review1

Safety 
review1

Safety 
review1



RGXς314 Phase I/IIa clinical trial: Safety and data summary1

121 As of July 31, 2019

ÁRGXς314 was wellςtolerated (n=42)

ÁNo drug-related AEs or drug-related SAEs 

ÁMost AEs were assessed as mild (Grade 1 ς82%) 

ÁNo observed clinically determined immune responses, drug-related ocular inflammation, 
or any post-surgical inflammation beyond what is expected following routine vitrectomy

ÁTenSAEs that were not drug-related were reported in sevensubjects

ÁDose-dependent increases in protein expression levels at one month post RGX-314 
administration observed across all doses (Cohorts 1 ς5)

Á50% of subjects (3/6) in Cohort 3 remain injection-free at 18 months



RGXς314 Phase I/IIaclinical trial: Summary through one year
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Aqueous
RGXς314 protein 

one month 
postςtreatment 

Aqueous
RGXς314 protein 

one year
postςtreatment 

Mean # ofantiς
VEGF injections 

through one year

Mean change in
CRT  one year 

post-treatment

Mean change
in BCVA
one year

post-treatment

Cohort 1
3x109 GC/eye
(n=6)

2.5 ng/ml1 2.2 ng/ml2 10.5 inj3 +33 µm2 -7 letters2

Cohort 2
1x1010 GC/eye
(n=6)

12.8 ng/ml 45.8 ng/ml 8.8 inj +56 µm +2 letters

Cohort 3
6x1010 GC/eye
(n=6)

160.2 ng/ml 180.8 ng/ml 2.3 inj -39 µm +5 letters 

1 N=5; one subject in Cohort 1 did not have aqueous sample taken at Week 6
2 N=5; one subject in Cohort 1 discontinued from the study at four months
3 One 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)


