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INTRODUCTION RESULTS

* Duchenne muscular dystrophy (DMD) is an X-linked, progressive EEV-PMO-23 In D2-mdx Mice
disease caused by mutations in the DMD gene, resulting in the
production of nonfunctional dystrophin protein.t- EEV Conjugation Enhances Exon Skipping in D2-mdx Mice Dystrophin Restoration in Skeletal and Cardiac Muscle CK Correction and Functional Improvement in D2-mdx Mice

« Currently approved phosphorodiamidate morpholino oligomer Administration of EEV-PMO-23 produced robust exon 23 skipping in Broad dystrophin expression and restoration of skeletal and cardiac EEV-PMO-23 administration normalized serum CK levels and
(PMO) therapies were designed to restore the reading frame and cardiac and skeletal muscles of D2-mdx mice after four monthly 1V muscle integrity were observed with EEV-PMO-23 compared to showed significant improvements in muscle function when compared
produce dystrophin by exon skipping (Figure 1) but have shown doses (Figure 2) unconjugated PMO-23 (Figure 3) to unconjugated PMO after four monthly IV doses in D2-mdx mice
modest improvements.34 (Figure 4)
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models of DMD Figure 2. Exon Skipping with EEV-PMO-23 in D2-mdx mice. D2-mdx mice (male, n=6-7) Figure 3. Dystrophin Restoration with EEV-PMO-23 in skeletal and cardiac muscles of = n.s.
were treated with 4 monthly doses of either vehicle, 20 mg/kg unconjugated PMO or 20 mg/kg D2-mdx mice. D2-mdx mice (male, n=6-7) were treated with 4 monthly IV doses of either g Figure 4. Creatine Kinase Correction
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« ENTR-601-44 is a DMD exon 44 skipping PMO conjugated to our
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Durable Exon Skipping with ENTR-601-44 in hDMD Mice
. DR | /R - A single IV dose of ENTR-601-44 resulted in high and durable levels

of exon 44 skipping across major muscle groups in hDMD mice for at
least 12 weeks (Figure 6)

and dystrophin protein restoration.

Durable Exon Skipping Up to 12 Weeks Post-Dose
120~

* A single dose of ENTR-601-44 produces robust and
durable exon skipping in muscles of hDMD mice and
non-human primates for at least 12 weeks post-dose.
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