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Establishment of lipid carrier therapy using cyclodextrin derivatives against
Niemann-Pick disease type C
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2-hydroxypropyl-f -cyclodextrin (HPBCD), a cyclic oligosaccharide, has been
focused as an attractive drug candidate against Niemann-Pick disease type C (NPC), a rare autosomal
recessive disease. We conducted this study to evaluate the efficacy and safety of
intracerebroventricular HPBCD therapy and found the following results: (1) In animal experiments
using mouse models, an intracerebroventricular injection of HPBCD (approximately 20-30 uy mol /kg)
can 1mprove NPC-related neuronal symptoms without excessive distribution in peripheral systemic
circulation which may cause adverse reactions, such as lung and liver injuries. 2) Repeated
treatment of intracerebroventricular HPBCD every two weeks at the doses can drastically improve
lifespan and manifestations in NPC model mice. 3) We found out superior compounds with appropriate
physicochemical properties as an injectable ingredient, and compounds which can show safer or more
effective properties as a therapeutic agent against NPC.
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