HOPE-2 One-Year Results Show Clinically Relevant Improvements in Upper Limb and Cardiac Function in Patients with
Later Stage Duchenne Muscular Dystrophy
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BACKGROUND

HOPE-2 (Halt cardiOmyopathy ProgrEssion in
Duchenne 2, NCT03406780) is a randomized,
double blind, placebo-controlled trial designed to
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RESULTS

In the ITT Population, both the full PUL 1.2 and full
PUL 2.0 showed significant and meaningful
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* Cells do not act by stemness - the cells do not
engraft into host tissue

* MOA: cells secrete exosomes

* Contain miRNAs, non-coding RNAs and proteins

* Internalized by target cells

* Stimulate diverse and lasting changes in cellular
behavior
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Clinically Meaningful Changes Observed in PUL 2.0
(Shoulder + Mid + Distal)
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Cardiac Improvements Observed
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. indexed LV end-diastolic volume (A=7.35 mL/m2;

p=0.070, see FIG 4). LV end-systolic volume is often
used as a surrogate for LV remodeling in clinical
trials evaluating cardiac outcomes.

There was a marked decrease in the CK-MB isozyme
biomarker (FIG 4) in CAP-1002-treated compared to
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