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Niemann-Pick disease type C (NPC) is a recessive genetic disorder caused by
mutations in NPC1 and NPC2 genes, resulting in liver damage and cholesterol buildup. This study
aimed to evaluate the mechanisms of development NPC-related liver disorders and develop therapeutic
agents. (1) Intracerebroventricular administration of hydroxypropyl-f -cyclodextrin (HPBCD) to NPC
model mice decreased serum transaminase levels and liver tissue®s osteoactivin (GPNMB), indicating a

link between CNS and liver damage. ldentifying molecules involved in this brain-liver connection
lays the groundwork for further research on liver pathogenesis. (2) Maltosyl-y -cyclodextrin
(G2GCD), an alternative therapy to HPBCD, was discovered and patented. (3) Experiments with NPC-like
cells and mice reported acetaminophen exacerbating hepatotoxicity. Thus, we examined the impact of
NPC1 gene mutations on acetaminophen-induced hepatotoxicity, finding no evidence of worsened
toxicity in vitro and in vivo models.
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