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Pharmacological tests and development of biomarkers for NPC
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[Research Results]

* In order to elucidate the mechanism of action, we performed the comprehensive gene expression analysis in
NPC-derived hepatocytes, and then we obtained several candidate molecules whose expression were
upregulated with the treatment.

- We also established the induction method of neurons from the iPS cells to investigate the expression and
function of the molecules.

- We evaluated the efficacy and safety of a new candidate compound in mice. We confirmed that the candidate
attenuated NPC manifestations in a dose-dependent manner in NPC model mice. The effects were comparable
to a control compound.

* We also established a method of measurement of the candidate in mouse sera and organs and characterized the
candidate from pharmacokinetic and pharmacodynamic viewpoints.

 We established planning for clinical trial and biomarker for screening NPC patients in Japan.
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