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Elucidation of the molecular mechanism and pathophysiology of Niemann-Pick
disease type C by a multifaceted approach
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We analyzed the molecular pathology of Niemann-Pick disease type C (NPC) in
model cells with the aim of discovering new drug targets. “ Lipidome” ; We found decreased
production of several steroid hormones by LC-MS/MS analysis. We have improved the sensitivity of the

analytical method by using basic mobile phases. “ Proteome” ; More than 4000 proteins were
identified, and approximately 50 proteins that increased or decreased more than 2-fold were
identified. Ferotosis was explored as a characteristic pathway. “ Metabolome” ; Approximately 70
proteins were identified that increased more than 2-fold or decreased less than 0.5-fold. Amino acid
metabolism was explored as a characteristic pathway. “ Summary” ; Variable metabolic pathways were
considered to be possible molecular mechanisms of drug targets.
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