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Message from the Guest Editors

Niemann–Pick disease Type C (NPC) is an autosomal
recessive neurodegenerative disease with a progressive
and fatal outcome. Due to its low incidence, i is classified
as rare disease, with no effective treatment so far. Today,
the denomination designates disorders characterized by
unique abnormalities in intracellular cholesterol transport
by endocytic trafficking with sequestration of unesterified
cholesterol in late endosomes/lysosomes. However,
significant advances that led to the elucidation of this
disease occurred a*er the description of the two
underlying genes NPC1 and NPC2, with 95% of cases
associated to mutations in NPC1.

This Special Issue is focused on the breakthroughs on NPC
knowledge from a molecular point of view up to the
therapeutic approach. Not only is basic research in animal
models necessary to dissect the role of the NPC1 gene in
physiological and pathological conditions, but also applied
clinical research is mandatory in order to reach the cutting
edge of scientific advances that will finally benefit patients,
and the sooner this happens, the better.
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Message from the Editor-in-Chief

The International Journal of Molecular Sciences (IJMS,
ISSN 1422-0067) is an open access journal, which was
established in 2000. The journal aims to provide a forum
for scholarly research on a range of topics, including
biochemistry, molecular and cell biology, molecular
biophysics, molecular medicine, and all aspects of
molecular research in chemistry. IJMS publishes both
original research and review articles, and regularly
publishes special issues to highlight advances at the
cutting edge of research. We invite you to read recent
articles published in IJMS and consider publishing your
next paper with us.
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