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Introduction Preclinical Data

Duchenne Muscular Dystrophy (Duchenne) is a rare, X-linked, progressive Methods
muscle disease due to pathogenic variants in the DMD gene, which encodes
for the sarcolemmal protein, dystrophin. The absence of functional dystrophin
results in muscle cell damage during contraction, inflammation, fibrofatty
replacement of muscle tissue, and ultimately cell death. This reflects clinically
In progressive weakness of skeletal muscle, eventual loss of ambulation, and
weakness of cardiac muscle and the diaphragm which can present as
cardiomyopathy and respiratory failure.

A thirteen-week pharmacology study evaluated the effectiveness of
intravenously (IV) administered commercial-ready RGX-202 at either 1x104 or
2x10%* GC/kg in six-week-old male mdx mice compared to vehicle treated mdx
or BL10 wildtype mice. Muscle function was determined via forelimb grip
strength and treadmill exhaustion (an assessment that integrates function of all
major muscle including skeletal, respiratory, cardiac and diaphragm muscle to
support exercise) at 11 or 12 weeks, respectively.
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Interim Clinical Results

REGENXBIO is assessing the safety, tolerability, and clinical Interim Biomarkers
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12 weeks post RGX-202 administration.
Immunofluorescence was used to detect the localization of
RGX-202 microdystrophin to the sarcolemma.

The characteristics of three boys with Duchenne dosed with
RGX-202 at 1x10** GC/kg are presented in Table 1.

Figure 3: RGX-202 Microdystrophin Expression at 12 Weeks

RGX-202 microdystrophin was readily detectable by both JESS and immunofluorescence
(IF) with RGX-202 microdystrophin localized to the sarcolemma.

B.

A.
pDys pDys Sub#1 pDys pDys | Sub#2 1. Baseline
CalG Calr BL CalG Cal7 BL

2. Week 12

Table 1: Participant Key Baseline Characteristics
Participant Age at Dosing Weight at Dosing
1 4 yrs 17.8 kg
2 10 yrs 28.3 kg
. Healthy Contro 4. Week 12
3* 6 yrS 268 kg ;rﬂqgr?:?idgslrunhﬁl_ 3 A |
* For participant 3, only safety data available due to recent dosing. N _I_
Interlm Safety Aipha-actinin 2 | T P S
RGX-202 at a dose of 1x101* GC/kg was well-tolerated in

three patients as of September 20, 2023, with no serious

i _ i " _ A. Western blot (JESS) B. Representative IF images of biopsied sections from biceps muscle from participant 1 at baseline (1), week 12 post
adverse events. Time pOSt administration ranged from 2-25 RGX-202 administration (2), and healthy control (3) stained with antibody against dystrophin and RGX-202 microdystrophin (red). Co-staining in
weeks. participant 1 with antibody against merosin demonstrated localization of RGX-202 microdystrophin to the sarcolemma (4) at week 12 post RGX-

202 administration.
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= RGX-202 |leads to readily detectable RGX-202 microdystrophin levels at 12 weeks and a decrease In Medinfo@regenxbio.com
creatine kinase levels at 10 weeks post-administration of RGX-202.
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