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INTRODUCTION RESULTS

» Myotonic dystrophy type 1 (DM1) is a multi-systemic disease that ENTR-701 in HeLa480 Mutant DMPK Cell Line Efficacy of ENTR-701 in HSA-LR Mouse Model of DM1 Spliceopathy in HSA-LR mice corrected with ENTR-701
affects over 40,000 individuals in the US and 50,000 in Europe. ENTR-701 reduced nuclear foci in HeLa480 cells (Figures 2A, 2B). ENTR-701 treatment reduced the number of nuclear foci (Figure 4A, RNAseq data illustrates that HSA-LR splicing defects are corrected
* Pathology manifests as myotonia, muscle weakness and atrophy, In addition, free uptake of ENTR-701 selectively reduced (CUG)480 4B), corrected aberrant splicing of Atp2al (Figure 4C) and reduced after treatment with ENTR-701 (Figure 6).
cardiac conductlon = abnarmaltiies, pulmonary  complications, containing DMPK mRNA (Figure 2C). HSA-LR(CUG)220 mRNA in HSA-LR mice (Figure 4D). _
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