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The purpose of this study was to develop a novel treatment for the
hereditary cerebral small vessel disease, CADASIL, using patient-derived induced pluripotent stem
cells (iPSCs). We successfully established in vitro model of CADASIL which can recapitulate
disease-specific features such as deposition of granular osmiophilic materials and abnormal actin
cytoskeleton. The analysis of iPSC-derived mural cells, we identified PDGFRbeta as a possible target

for a treatment of CADASIL. Indeed, PDGFRbeta inhibition improved differentiation defect of

oligodendrocyte precursor cell in CADASIL.
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Cerebral Autosomal Dominant Arteriopathy with Subcortical Infarcts and Leukoencephal opathy
(CADASIL)
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