
SARA Subgroup Analysis Based on Disease Duration in a Phase 2 Trial                
Evaluating N-Acetyl-L-Leucine in GM2 Gangliosidoses

Marc C. Patterson1, Janelle Raymond1, Jorgji Kerthi1, Bethany Zanrucha1, Asante Hatcher1, Taylor Fields1, Ian Billington1, Michael Strupp2,                                              
Tatiana Bremova-Ertl3, Kyriakos Martakis4,5

 1IntraBio, Inc., Austin, Texas, USA, 2Department Of Neurology, LMU University Hospital, LMU Munich, Germany, 3Department of Neurology and Center for Rare Diseases, University Hospital Inselspital Bern, Bern, Switzerland, 
4Department of Neuropediatrics, Justus Liebig University, Giessen, Germany, 5Department of Pediatrics, University Hospital of Cologne, Cologne, Germany

RESULTS

©2026 IntraBio. All rights reserved. Presented at the 22nd Annual WORLDSymposium; February 2-6, 2026; San Diego, CA.

REFERENCES
1. Bley AE, et al. Pediatrics. 2011;128(5):e1233-e1241. 2. Churchill GC, et al. Sci Rep. 2021 Aug 4;11(1):15812. 3. Kaya E. et al. Brain Commun. 2020 Dec 20;3(1):fcaa148. 4. Kiraly S, et al. BioRxiv. April 28, 2025 [cited 
2025 June 27]. Available from: https://www.biorxiv.org/content/10.1101/2025.04.27.650877v1. 5. Davis LC, et al. BioRxiv. June 08, 2025 [cited 2025 June 27]. Available from: 
https://www.biorxiv.org/content/10.1101/2025.06.06.657607v1.full. 6. Bremova-Ertl T, et al. N Engl J Med. 2024. 7. Bremova-Ertl T, et al. Neurology. 2022. 8. Martakis K, et al. Neurology. 2023. 9. Data on file. IntraBio, Inc 
2025.

DISCLOSURES 
MCP, BZ, JR, AH, JK, TF and IB are employees of and may have stock option ownership in IntraBio, Inc. MS 
received speaker’s honoraria from Abbott, Actelion, Auris Medical, Biogen, Eisai, Grünenthal, GSK, Henning 
Pharma, Interacoustics, MSD, Otometrics, Pierre-Fabre, TEVA, UCB, Viatris. Consultant for Abbott, 
Actelion, Auris Medical, Decibel, Heel, and Sensorion. Scientific founder and shareholder of IntraBio. TB 
received speaker's honoraria and consultancy fees from Actelion, Sanofi-Genzyme and Zevra as well as blinded 
video-rater fees from IntraBio. 

ACKNOWLEDGEMENTS
The authors would like to thank the participants who participated in this study, their families and other 
caregivers, investigators and their institutions, Acción y Cura para Tay-Sachs (Spain), Associação
Nacional D O C E T (Portugal), Cure and Action for Tay-Sachs Foundation (UK), Cure Tay-Sachs 
Foundation (USA), Hand in Hand gegen Tay-Sachs und Sandhoff (Germany), National Tay-Sachs and 
Allied Disease Association (USA), and Vaincre les Maladies Lysosomales (France).
This study is sponsored by IntraBio Inc.

CONCLUSION
• Analysis of the SARA score within each subgroup showed improvement across each group consistent with the total SARA score 
• The subgroup analysis demonstrated clinically meaningful improvement in a broad range of neurological functions regardless of 

disease duration
• NALL was well tolerated, and no serious adverse events or deaths occurred during the trial 

N-ACETYL-L-LEUCINE

• IB1001-202 was a Phase 2, multinational, open-label, rater-blinded trial 
investigating NALL for GM2 gangliosidoses8,9 

• IB1001-202 encompassed: 
• Parent Study: To assess the safety and efficacy of NALL for symptoms, 

functions, and quality of life
• Extended Phase: Long-term safety and efficacy evaluation of NALL

• A subgroup analysis was conducted to assess the effects of NALL based 
on participant disease duration as evaluated by the Scale for Assessment 
and Rating of Ataxia (SARA)

• SARA is a clinically validated rating scale that measures the severity of 
neurological signs and symptoms across 8 distinct functional domains, 
with lower scores indicating better neurological function 

(1) Monocarboxylate transporters (MCT) – membrane proteins which act as carriers for NALL. 
Source: IntraBio, Inc. All rights reserved. 

FIGURE 1. N-ACETYL-L-LEUCINE PUTATIVE MECHANISM OF ACTION

• Participants included in the analysis were grouped into 3 categories 
based on disease duration: 
• 0-3 years 
• 4-9 years 
• 10+ years 

• Mean change in SARA was calculated as the difference between the 
change from baseline to treatment (Visit 4 - Visit 2) and the change from 
treatment to washout (Visit 6 - Visit 4)
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FIGURE 3. SARA MEAN CHANGE FROM BASELINE
0-3 years 4-9 years 10+ years
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FIGURE 2. THE EIGHT SARA DOMAINS

• GM2 gangliosidoses are a group of rare, heterogeneous, autosomal 
recessive lysosomal storage disorders with nearly identical clinical 
presentations1

• Deficiencies in lysosomal enzyme β-hexosaminidase isoforms (HexA and 
HexB) cause accumulation of ganglioside GM2, primarily in neuronal cells, 
leading to a broad spectrum of progressive neurodegeneration1

• N-acetyl-L-leucine (NALL) is a modified amino acid that enters enzyme-
controlled pathways to correct metabolic dysfunction, improve function of 
the lysosomal-mitochondrial axis, reduce inflammation, and enhance 
autophagy2-5

• Across multiple clinical studies, NALL has demonstrated significant 
improvements in neurological manifestations of Niemann-Pick disease 
type C (Phase 2 - IB1001-201, Phase 3 - IB1001-301)6,7 and GM2 
gangliosidoses (Phase 2 - IB1001-202)8

• Twenty-seven participants aged 6 to 55 years completed the 
Parent Study and were included in the subgroup analysis 

• There were 9 participants evaluated in each of the 3 subgroups 
• Following treatment with NALL, there was a decrease in the 

mean SARA score in each subgroup, indicating improved 
neurological function
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