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biosynthesis in motor neurons is a risk and therapeutic target for ALS.

We established a novel platform technology, iBRN, “ Non- biased” Bayesian
gene regulatory network analysis based on induced pluripotent stem cell (iPSC)-derived cell model,
to elucidate the molecular etiology using transcriptome of iPSC-derived MNs harboring FUS mutation.
iBRN revealed “ hub molecules” , which strongly influenced transcriptome network, such as
miR-125b-5p-TIMELESS axis and PRKDC for the molecular etiology. And we also obtained 23 small
molecule compounds that regulates the abnormal localization of FUS induced by DNA damage/PRKDC
inhibition. Furthermore, we succeeded in establishing a cellular model of sporadic ALS in addition
to the familial ALS, and revealed that the expression of a group of genes involved in cholesterol
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