PBGENE-DMD gene editing treatment leads to safe and long-term
functional improvement in humanized DMD-disease mouse model
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PBGENE-DMD is Designed to Provide Durable Functional Muscle Improvement for the Majority of Patients with Duchenne Muscular Dystrophy
PERMANENT GENE EVIDENCE SUPPORTING INCREASING ENDOGENOUS EXPRESSION OF SATELLITE CELL EDITING TREAT UP TO 60% OF
CORRECTION FUNCTIONAL IMPROVEMENT FUNCTIONAL DYSTROPHIN PROTEIN FOR DURABLE BENEFIT PATIENTS WITH DMD1?

Differentiated Therapeutic Approach to Permanently Correct the Root Cause of DMD PBGENE-DMD Safety in GLP-Mouse Study

PBGENE-DMD’s Novel Mechanism Results in Gene Correction and Endogenously Expressed Functional Dystrophin Protein Study Design — 90-day study
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Durable Functional Muscle Improvement

PBGENE-DMD has been shown to significantly improve muscle Nucleus Eﬂ ’_l E
function over time while also editing muscle satellite cells for l
Histopathologic findings for each tissue were
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PBGENE-DMD Produces a Functional Dystrophin Retaining the Vast Majority of Full-length Dystrophin Protein Domains a pathologist on a scale 0-5 (0 = unremarkable,

Quadriceps : : 1 = minimal, 2 = mild, 3 = moderate,
4 = marked, 5 = severe)
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Durable Improvements in Muscle Function with PBGENE-DMD Treatment
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PBGENE-DMD Restores Functional Dystrophin Protein Across Key Target Muscles
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Dystrophin Restoration (%] in Treated Disease Mice Achieved therapeutic levels of naturally-produced functional
Diaphragm dystrophin protein within skeletal and cardiac muscle tissue

Durable and increasing dystrophin protein levels in skeletal
and cardiac muscle tissue out to 9 months

3 o Diaphragm and intercostal muscles contribute to respiratory
function. We observed strong editing efficiency in the intercostals

similar to other skeletal muscles (data not shown)
Broad and increasing levels of dystrophin-positive muscle fibers
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PBGENE-DMD Significantly Improves Muscle Function and Demonstrates Long-Term Durability
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6-month timepoint shows an improvement in functional outcome vs. 3-month timepoint; #Q:} PBGENE-DMD-treated mice maintained 81-84% of the maximal force output
Improvement in muscle force output is maintained out to 9 months post PBGENE-DMD treatment and 89-92% tetanic force output observed in healthy mice through 9 months
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