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Intrathecal 2-hydroxypropyl-B-cyclodextrin decreases
neurological disease progression in Niemann-Pick disease,

type C1: a non-randomised, open-label, phase 1-2 trial
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1 ) NIH October, 2016
Systemic AAV9 gene therapy improves the lifespan of mice with Niemann-Pick

disease, type C1

Human Molecular Genetics, Volume 26, Issue 1, 1 January 2017, Pages 52—-64

2)UCL (University College London) 3 April 2014

Development of gene therapy for Niemann-Pick Type C Disease
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3) Xie C, et. al
AAV9-NPC1 significantly ameliorates Purkinje cell death and behavioral
abnormalities in mouse NPC disease.
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