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BACKGROUND

Ataxia-Telangiectasia
• Ataxia-Telangiectasia (A-T) is caused by a rare, autosomal recessive                   

ataxia-telangiectasia mutated (ATM) gene mutation resulting in progressive 
neurodegeneration, cerebellar ataxia, and multi-system involvement1,2

• Mutations in the ATM gene result in ATM protein deficiency causing chronic 
oxidative stress, mitochondrial dysfunction, neurodegeneration, genomic 
instability, and immunodeficiency2-3 

• Key features of A-T include loss of motor coordination/ataxia which begins in 
early childhood, oculocutaneous telangiectasia (dilated blood vessels in the 
eyes/skin), immune system defects, and susceptibility to cancer1,2

• Levacetylleucine (also known as N-acetyl-L-leucine) is a modified acetylated 
amino acid that enters enzyme-controlled pathways to correct metabolic 
dysfunction, improve function of the lysosomal-mitochondrial axis, reduce 
inflammation, and enhance autophagy4-7

• Clinical studies of levacetylleucine in Niemann-Pick disease type C, GM2 
Gangliosidoses, and A-T have demonstrated that levacetylleucine significantly 
improves cerebellar symptoms, including ataxia8-10

• In the Phase 2 A-T trial and open-label extension, oral levacetylleucine was well-
tolerated and no serious adverse events occurred10

• A Phase 3 trial in people with A-T evaluating the efficacy and safety of levacetylleucine to support marketing approval completed enrollment in June 2025. Topline 
results were announced on January 21, 2026

• Under its expanded access programs (EAPs), the United States Food and Drug Administration (U.S. FDA) works with companies to allow eligible individuals requesting 
access to investigational drugs, who do not otherwise qualify for participation in a clinical trial, and for whom there are no comparable or satisfactory alternate therapies 
per their physician’s determination to receive an investigational therapy such as levacetylleucine

• With recruitment of participants to the Phase 3 completed and no other clinical trials planned for the development plan in A-T, IntraBio has initiated an EAP for people 
with A-T

• This program will provide a mechanism by which eligible individuals with A-T may potentially gain access to levacetylleucine

Levacetylleucine

Expanded Access Program 

EAP DESIGN AND ASSESSMENTS  
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 Pediatric and adult individuals with a genetically 
confirmed diagnosis of A-T

 Weight ≥15 kg
 Reside in the United States
 Not eligible for other clinical trials with levacetylleucine
 People with A-T whose physician decides 

levacetylleucine is an appropriate option 

• The EAP will enroll people with A-T residing in the United States who are not eligible for other clinical trials and whose physician decides levacetylleucine is an 
appropriate option

KEY ELIGIBILITY CRITERIA* TREATMENT
• Oral administration (granule in a sachet for 

suspension in water, orange juice, or almond 
milk)

• Participants will receive levacetylleucine 2-3 
times per day based on participant’s actual 
body weight (2-4g per day)

ASSESSMENTS
• Adverse events will be collected in the 

levacetylleucine safety database

Presented at the 6th Pan American Parkinson’s Disease and Movement Disorders Congress; February 13-15, 2026; Houston, Texas, USA

*This list is not inclusive of all eligibility criteria. 
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