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Notwithstanding the challenges of COVID-19, IntraBio’s is pleased to share that the IB1001 
development program for Niemann-Pick disease type C continues to move forward. 

In January 2020, enrollment was completed for the Clinical Trial IB1001-201, “Effects of N-Acetyl-L-
Leucine on Niemann-Pick type C Disease (NPC): A multinational, multi-center, open-label, rater-
blinded Phase II study” [NCT03759639]. Since the outbreak of COVID-19, IntraBio has remained 
fully committed to working with each study site to ensure all patients enrolled in the trial can 
proceed, with protocol deviations made as necessary to safeguard clinical site study teams, 
patients, and their families. 

As of February 2020, the Extension Phase to the IB1001-201 clinical trial had been accepted in all 
countries where the trial is being conducted (United States, United Kingdom, Germany, Spain, and 
Slovakia). The Extension Phase investigates the disease-modifying, neuroprotective effect of 
IB1001 after one-year treatment, and provide further evidence of its symptomatic benefit 
(assessed in the primary trial). The long-term treatment potential of IB1001 has been observed 
previously in compassionate-use studies and is strongly supported by pre-clinical (in vitro and in 
vivo) data [te Vrutche et al 2019; Cortina-Borja et al 2018].  

Patients who complete, or who have previously completed the IB1001-201 primary trial will 
be eligible to join the Extension Phase once it is determined to be safe for the visits to be 
conducted.  

Throughout these unprecedented times, IntraBio has been extremely appreciative for the 
continued support and collaboration with the Niemann-Pick community.  IntraBio’s priority will 
remain the safety and well-being of all site staff, patients, and their families participating in the 
IB1001-201 clinical trials, remain committed to completing the IB1001-201 clinical trial to help as 
many patient and families possible. 

For further information or questions contact: 
Taylor Fields 
tfields@intrabio.com 
www.intrabio.com  
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