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We have successfully established nevoid basal cell carcinoma syndrome
(NBCCS)-specific induced pluripotent stem cells (iPS cells). Medulloblastoma was formed in all the
teratomas generated from all NBCCS-specific iPSC clones established from 4 different patients. These
results demonstrated that NBCCS-specific iPSCs can be a good model of NBCCS-derived
medulloblastoma, and thereby used for drug screening to prevent or treat medulloblastomas.
In addition, by using CRISPR/Cas9 system, we also generated iPS cells in which mutation was
introduced in remaining normal PTCH1 allele. These cells exhibited accelerated cell growth and
expression of Gli target genes indicating up-regulation of hedgehog signaling. Moreover, we
generated iPS cells in which mutated allele was edited and corrected.
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Establishment of the cell lines with a large
genomic deletion by CRISPR/Cas9 system.
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