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To elucidate the mechanism of actions of new drug candidate of Niemann-Pick
disease type C and search for new candidate substance
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The aim to this study is to elucidate the mechanism of ations at the
molecular level of 2-Hydroxypropyl-gamma-cyclodextrin (HPGCD), develop a new drug, and develop an
HPGCD administration method effective for Neurological disorder. I used microarray analysis to
characterize the NPC-derived neural progenitors (NPs). A large number of genes were differentially
expressed in each NPC-derived NPs line compared with healthy donor-derived NPs. Further | identified

a gene sets whose expression varied in HPGCD-treated NPs.

Intraventricular administration of HPGCD significantly prolonged survival time as compared with
subcutaneous administration, suppressed Purkinje cell loss, and delayed the onset of neurological
disorder. These results revealed that Intraventricular administration of HPGCD is an effective
dosing method for suppressing neuropathy.
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