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To treat refractory epilepsy with transplantation of neuros derived from iPS

cells.
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As model animals representing refractory epilepsy, we have succeeded to
genetically engineered mice bearing two different types of non-sense mutations of the Scnla gene.
Mutations of its human ortholog gene, SCN1A, cause Dravet syndrome, one of refractory epilepsies.
Our genetically engineered mice exhibited severe seizures and premature death, both of which are
seen in patients with Dravet syndrome. To obtain disease and healthy iPS cells based on the same
genetic background, we have also genetically generated “ Artificial Drave syndrome” iPS cells and
“ Artificial healthy” 1iPS cells with a gene editing technology. With these subjects,
transplantation of neurons derived from the iPS cells generated is now being conducted to see
effects on the phenotypes of the genetically engineered mice.
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