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Myotonic dystrophy type 1 patient-derived iPS cells and splicing reporter for
drug screening
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Myotonic dystrophy type 1 (DM1) is triplet repeat disease caused by expanded
CTG triplet repeat in the 3' untranslated region of the DMPK gene. And, abnormal splicing is
caused by expanded CTG triplet repeat. In this study, DM1 patient-derived iPS cells (DM1-iPSCs) was
established. DM1-iPSCs was differentiated into skeletal muscle cells by tetracycline-inducible MYOD
overexpression. The reporter construct which detects changes in splicing was generated and
introduced into DM1-iPSCs. DM1 disease model for drug screening was established.
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