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INTRODUCTION

« Ataxia-Telangiectasia (A-T) is caused by a rare, autosomal recessive A7TM gene mutation resulting in progressive neurodegeneration, cerebellar
ataxia, and multi-system involvement?:2

« Mutations in the serine/threonine protein kinase A-T mutated (A7M) gene reduce or eliminate the function of ATM protein resulting in
neurological manifestations and the formation of cancerous tumors?:3

« N-acetyl-L-leucine (NALL) is a modified acetylated amino acid that enters enzyme-controlled pathways to correct metabolic dysfunction,
improve lysosomal function, and enhance mitochondrial function/ATP production*’

« NALL has demonstrated significant improvements in neurological manifestations in two Niemann-Pick disease type C (NPC) clinical trials®? and
a phase 2 GM2 gangliosidoses (GM2) clinical triall®

OBJECTIVE

« IB1001-303 will evaluate the safety, tolerability, and efficacy of NALL in people living with A-T

TRIAL DESIGN

« IB1001-303 is a global, phase 3, randomized, double-blind, placebo-controlled crossover trial for participants aged 4 and older with a
genetically confirmed diagnosis of A-T

Parent Study Extension Phase TREATM ENT Qé
Group A Group B
NALL NALL
1:1 administration (granule in a
- Placebo Placebo : !
randomization sachet for suspension in water,
Visit 6/7 orange juice, or almond milk)
Visit 1 Visit 2 Visit 3 Visit 4 Visit 5 Treatment 2 Visit 8 Visit 9 » Participants will receive a total
Baseline 1 Baseline 2 Treatment 1 Treatment 2 Treatment 1 EP Baseline  EP Treatment 1 EP Treatment 2 d a”y dose of 2-4 g /d ay based
Baseline: Treatment Period 1: Treatment Period 2: EP Year 1: on weight-tiered doses
2 weeks 12 weeks 12 weeks 1 year
ELIGIBILITY CRITERIA
Inclusion Criteria Exclusion Criteria
« Male or female aged =4 years  Simultaneous participation in another clinical trial
« Genetically confirmed diagnosis of A-T « People with a physical or psychiatric condition which may
* People with A-T must have a SARA score of 7 <X< 34 points (out of 40) interfere with the person’s participation in the clinical trial
« Weight >15kg at screening  People unwilling and/or not able to undergo a 42-day
« AND either washout period from prohibited medications such as:
» (Gait subtest score on SARA of 2-7 OR « N-acetyl-DL-leucine (TANGANIL®)
« Be able to perform the 9-Hole Peg Test with Dominant Hand (9HPT-D)  Sulfasalazine
(SCAFI subtest) in 20 <X<150 seconds « Rosuvastatin
ENDPOINTS TRIAL LOCATIONS
Primary Endpoint "~ "< ga =" _A_ United States |
 Scale for Assessment and Rating of Ataxia (SARA) | United Kingdom

Secondary Endpoints | | ' Slovakia
- Spinocerebellar Ataxia Functional Index (SCAFI) | ‘ Germany
 International Cooperative Ataxia Rating Scale (ICARS) Switzerland
« Neurology Quality of Life - Upper Extremity Function (NeuroQOL-UEF) Spain

 Quality of Life (EQ-5D-5L participants aged >18; EQ-5D-Y <18 years)

» Investigator, caregiver, and patient Clinical Global Impressions of
Improvement (CGI-I)

» Axial SARA (gait, sitting, stance, and speech disturbance)

Exploratory Endpoints

 Investigator, caregiver, and patient (if able) CGI of Severity (CGI-S)
» EXit interviews

CONCLUSION

« NALL is a modified amino acid that has demonstrated significant improvements in neurological manifestations in NPC and GM2

« IB1001-303 is a global, placebo-controlled, crossover phase 3 trial evaluating the safety and efficacy of NALL in people living with A-T
which completed enrollment in June 2025, and topline data is expected in Q1 2026

« IB1001-303 will provide additional data about the applicability of NALL as a potential therapeutic for other rare neurological disorders

Additional information on the trial can be found on clinicaltrial.gov/

NTC06673056 AND euclinicaltrials.eu/EUCT number: 2024-517706-29-00
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