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Niemann-Pick Disease Type C Market Report

Niemann-Pick Disease Type C (NPC) is an extremely rare genetic disorder that is progressive in
nature and deeply debilitating. It falls under the category of lysosomal storage disorders which
entails that the body improperly processes fats such as cholesterol and other lipids within its
cells. This condition leads these vital organs to accumulate damaging substances, particularly the
liver, spleen, lungs, and most importantly, the brain and nervous system. NPC undergoes
mutation in either NPC1 or NPC2 genes with an autosomal recessive inheritance pattern which is
where both parents carry a copy of the mutated genes without showing symptoms themselves.
Symptoms on surface seem to be highly variable but they can emerge at any age and tend to
worsen over time and lead to severe neurological, visceral, or psychiatric complications.

Key Drivers of Market Growth for 2025

The recent antiviral treatments have emerged as a key factor to watch for the Niemann-Pick
Disase Type C market in 2025. Until late 2024, treatment was limited to NPC syndrome
management through best-practice supportive care. However, the U.S. Food and Drug
Administration (FDA) now has two approved NPC therapy MIPLYFFA (arimoclomol) marketed by
Zevra Therapeutics on September 20, 2024 and AQNEURSA (levacetylleucine) by IntraBio four
days later on September 24, 2024. A noted “partial” or “minimal” responder over lysosomal
enzyme therapy is AQNEURSA which becomes the first monotherapy muiagi le mesta alegible fro
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are enabling steps towards disease modifying therapies that seek to slow newrological decline -
treating the vexing soaring persistent unmet medical need which NPC syndrome patients and
caregivers have endured for years.
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Another promising candidate, Nizubaglustat (Azafaros A.G.), reported positive results from its
Phase Il trial in 2024 and intends to continue Phase Il trials in 2025. These emerging therapies
are expected to penetrate multiple regional markets worldwide, addressing the significant
unmet needs of the diagnosed patient population. This evolving landscape in drug development
underscores the importance of maintaining investments for research and development as the
primary engine for prospective growth. The successful conduct of clinical trials along with
regulatory approvals is instrumental in translating these R&D efforts to market expansion.

Request a PDF Sample Report: https://www.imarcgroup.com/niemann-pick-disease-type-c-
market/requestsample

The report also provides a detailed analysis of the current Niemann-Pick disease type C
marketed drugs and late-stage pipeline drugs.

In-Market Drugs

Drug Overview

Mechanism of Action

Regulatory Status

Clinical Trial Results

Drug Uptake and Market Performance

Late-Stage Pipeline Drugs
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Drug Uptake and Market Performance
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Competitive Landscape

The competitive landscape of the Niemann-Pick disease type C market has been studied in the
report, with the detailed profiles of the key players operating in the market.
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