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Forward-looking Statements

This presentation includes "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. These statements express a belief, expectation or intention and are generally accompanied by words that convey projected future
events or outcomes such as “believe,” "may,” "will," "estimate,” "continue,” "anticipate,” "assume,” "design,” “intend,” "expect,” "could,” "plan,” "potential,” "predict,” "seek,” "should,
"would” or by variations of such words or by similar expressions. The forward-looking statements include statements relating to, among other things, REGENXBIO's future
operations, clinical 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 REGENXBIO's expectations and predictions is
subject to a number of risks and uncertainties, including the timing of enrollment, 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 launch of new products, the ability to obtain and maintain regulatory approval of product candidates, the ability to
obtain and maintain intellectual property 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 product
candidates, and other factors, many of which are beyond the control of REGENXBIO. Refer to the "Risk Factors” and "Management's Discussion and Analysis of Financial
Condition and Results of Operations” sections of REGENXBIO's Annual Report on Form 10-K for the year ended December 31, 2023, and comparable “risk factors” sections
of REGENXBIO's Quarterly Reports on Form 10-Q and other filings, which have been filed with the U.S. Securities and Exchange Commission (SEC) and are available on the
SEC's website at WWW.SEC.GOV. All of the forward-looking statements made in this press release 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 press
release. These forward-looking statements speak only as of the date of this press release. Except as required by law, 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.
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RGX-202 is Novel Among Current class of AAV- microdystrophins
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RGX-202 Study Overview

Key Eligibility Criteria Study Plan

T = Dosing complete

« Boys aged 4 to 11 years at screening f = Dosing planned
« Genetically confirmed DMD (mutations in exons 18 and above) . . . . . (pta7pmiets]
* 100-meter walk: able to perform without assistive devices ﬂﬂﬂﬂﬂﬂﬂ
2 oo S : : . Dose Level 1 Dose Level 2 Expanded Cohort
No pre-existing antibodies to the gene therapy (AAV8 capsid) B0 /g . 210% AC kg . 210" GC/kg

Administration and Assessments Timeline

Baseline Treatment evaluation
SormOyniropéi protais spsssice Montns Safety and
uscle strength and function & i ili

Musele MRS Microdystrophin tolerability

protein expression l

<. ....... ' é c c
3 6 9 12
RGX-202
administration Muscle strength and function
Muscle MRI

RGX-202 has been well tolerated in 5 patients at both dose levels with no serious adverse events.
Age at dosing: 4 years 4 months — 12 years; post-administration follow up: 1-11 months
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Phase I/l AFFINITY DUCHENNE Trial of RGX-202

Interim Clinical Data



Interim Data: Dose Level 1

RGX-202
Doss Levell : _ Microdystrophin
Patient Age at Dosing Western blot CK Levels, week 10
(Jess method) (% reduction from
« Robust RGX-202 microdystrophin (% Norrrell Control) baseline)
expression observed Dose Level 1(1x1014 GC/kg)
* Serum CK levels meaningfully | 4 yrs 4 mos 38.8 _43
decreased, representative of
Improvement in muscle disease 2 10 yrs 5 mos 1.1 -44
3 6 yrs 6 mos 83.4 -93

Microdystrophin expression adjusted for muscle content

Control was level of wild-type (normal) dystrophin in normal muscle
. s gy a ot
R=G=NXBIO Muscle biopsies are collected from bicep st baseline snd 3 months post RGX-202 sdministration 7
Elevated CK levels are correlated with muscle injury and are uniformly slevated in patients with Duchenne

Data cut date of Februsry 23, 2024



Interim Data: Dose Level 2, 1st Patient

Robust RGX-202 microdystrophin expression was observed at three months in 12-year-old, with
comparable results obtained via Western Blot and LC-MS

RGX-202 Microdystrophin Expression Western Blot (Jess) LC-MS
RGX-202 Patient 4
Microdystrophin (12yrs Omo RGX-202
(% Normal Control) 24.3 kg) Microdystrophin
Western blot
(Jess method) L
3 months
CK levels
Avg | ~ RGX-202 -
Baniline [ Week 10 Microdystrophin . l
CK Levels (U/L) 13,131 2983 |
% Reduction =77 R I\
Elevated CK levels are associated with muscle injury and are * M : Sl AR A e
uniformly elevated in patients with Duchenne Controls BL 3 months . )
ime, min

& R=EG=NXBIO Dats cut date of February 23, 2024



RGX-202 Microdystrophin Expression at 3 months

Robust RGX-202 microdystrophin expression was demonstrated at both dose levels

Age range at Dose Level 1 Dose Level 2

screening (n=3) GEY)

% RGX-202 microdystrophin

4 to 5 years 38.8
6 to 7 years 83.4
> 8 years 11 75.7

5", R=G=NXBIO Data cut date of February 23, 2024
-



RGX-202 microdystrophin is localized to the sarcolemma

Baseline
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AFFINITY DUCHENNE: Summary

RGX-202 has been well-tolerated at both dose levels with no SAEs

Robust RGX-202 microdystrophin expression was observed at both dose levels in all ages

Encouraging observations of early improvements in daily activities associated with strength
and function provided by caregivers

REGENXBIO to initiate pivotal trial in second half of 2024 using RGX-202 microdystrophin
expression as a surrogate endpoint likely to predict clinical benefit

p—— Data cut date of Februsry 28, 2024
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Q&A

Y0  REGEN  BIO

Ken Mills Steve Pakola, M.D. Aravindhan
President and CEO Chief Medical Officer Veerapandiyan, M.D.
REGENXBIO Inc. REGENXBIO Inc. A iarasa

Children’s Hospital
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Accelerating Rare Disease Treatments in 2024

RGX-202 for treatment of Duchenne

Pivotal Initiation:

Functional Results: RGX-202 microdystrophin
Cohort 2 Pivotal Dose Initial strength and as surrogate endpoint for
ono Selection: function assessment clinical benefit

Biomarker Results: data for both dose levels

Make pivotal dose

Cohort 2 Complete + =S asfotpadppoLte determination ’

microdystrophin expression .
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