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ARTICLE

A meta-analysis of randomized double-blind clinical trials in CMT1A to assess the change from baseline
in CMTNS and ONLS scales after one year of treatment. Orphanet Journal of Rare Diseases, 2015, 10, 74.

Polytherapy with a combination of three repurposed drugs (PXT3003) down-regulates Pmp22
over-expression and improves myelination, axonal and functional parameters in models of CMT1A
neuropathy. Orphanet Journal of Rare Diseases, 2014, 9, 201.

An exploratory randomised double-blind and placebo-controlled phase 2 study of a combination of

baclofen, naltrexone and sorbitol (PXT3003) in patients with Charcot-Marie-Tooth disease type 1A.
Orphanet Journal of Rare Diseases, 2014, 9, 199.
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