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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, 2017 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

13clinical 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 1H 2019

Management team and scientific advisors are

leaders in gene therapy



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

Indication Licensee Indication Licensee Indication Licensee Indication Licensee
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Rett Syndrome SMA Type II / III SMA Type I

Undisclosed ALS SOD1 MPS IIIA

CDKL5 Deficiency ALS SOD1 MPS IIIA

CLN1 MPS IIIA

CLN3 MPS IIIB
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CǊƛŜŘǊŜƛŎƘΩǎ !ǘŀȄƛŀDanonDisease XLMTM

PompeDisease CPVT

Simultaneous global regulatory submissions filed in U.S., Europe and Japan



Research Preclinical Phase I / II Phase III

Retinal Disease
RGXς314
Wet age-related macular 
degeneration (wet AMD)

Cohort 4 data 1H 2019 and 
initiate Phase II trial in 2019

Metabolic Disease
RGXς501
Homozygous familial 
hypercholesterolemia (HoFH)

Program update in 1H 2019

Neurodegenerative Disease
RGXς111
Mucopolysaccharidosis Type I 
(MPS I)

Begin enrollment in Phase I 
trial 1H 2019

RGXς121
Mucopolysaccharidosis Type II 
(MPS II)

First subject dosed Q3 2018; 
program update in 2019

RGXς181
Late-infantile neuronal ceroid 
lipofuscinosis Type 2 
(CLN2 disease)

IND submission 2019

w9D9b·.LhΩǎ ƭŜŀŘ ǇǊƻƎǊŀƳǎ
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Orphan Drug Designation

Rare Pediatric Disease Designation

Fast Track Designation

Internally developed product candidates

Development StageIndication Anticipated Milestones



Internal 
Development 
Programs
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