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This translational research was conducted to evaluate the effects of
intracerebroventricular administration of 2-hydroxypropyl-beta-cyclodextrin (HPBCD) against
Niemann-Pick disease type C models and patients. Although a pre-symptomatic injection of HPBCD
showed more potent effects on the lifespan and Purkinje cell loss in NPC model mice, a
post-symptomatic HPBCD also significantly attenuated the disease states compared with control group.

We proved that HPBCD had an optimal concentration range to exert attenuating effects against NPC
manifestation in model cells. In additon, physical and chemical properties, such as degrees of
substitution of the hydroxypropyl group, also were assessed. Furthermore, we also perfomed
pharmacokinetic analysis in NPC patients treated with HPBCD. The results of this study will provide
a rationale for the optimization of intracerebroventricular HPBCD therapy for NPC.
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