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Development of upstream therapy targeting molecular basis of refractory
cardiomyopathy
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Dilated cardiomyopathy and hypertrophic cardiomyopathy are the major
underlying diseases of advanced heart failure requiring heart transplantation, and caused by genetic
mutations. In this project, we conducted experimental research according to the following purpose;

improvement of the efficiency of homology-directed repair in mouse cardiomyocytes, generation of
human disease-specific induced pluripotent stem cells (iPSCs) from patients with cardiomyopathy with
pathological genetic mutations, functional analysis using cardiomyocytes differentiated from iPSCs
(iPSC-CMs) with precise allele modification via genome editing.
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