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Functional evaluation of iPSC-derived cardiomyocytes in DMD patients by exon
skip therapy
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We established induced-pluripotent stem cells (iPSCs) from T cells from a
DMD patient carrying a DMD-exon 46e55 deletion, differentiated the iPSCs into cardiomyocytes, and
treated them with phosphorodiamidate morpholino oligomers. The efficiency of exon-45 skipping
increased in a dose-dependent manner and enabled restoration of the DMD gene product, dystrophin.
Further, Ca2+ imaging analysis showed a decreased number of arrhythmic cells and improved transient
Ca2+ signaling after exon skipping. Thus, the restoration of dystrophin expression may improve Ca2 +
kinetics in DMD cardiomyocytes.
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Exon 45 skipping therapy of iPS cells from a DMD patient with exon 46-55 deletion.
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