
• IB1001-301 is a Phase 3, double-blind, randomized, placebo-
controlled trial evaluating levacetylleucine for the treatment of 
neurological signs and symptoms in NPC encompassing a 
Parent Study and an open-label Extension Phase (EP)

• Participants completing the randomized Parent Study were 
eligible to enter the ongoing open-label EP

 People aged ≥ 4 years with a confirmed diagnosis 
of NPC

 SARA score of 7 ≤ X ≤ 34 points (out of 40) 
 Weight ≥ 15 kg at screening
 Background stable miglustat use permitted

Levacetylleucine or placebo: 
• Oral administration (granules in a sachet for 

suspension in water, orange juice, or almond milk)
• Participants receive a total daily dose of 2-4 g/day 

based on weight-tiered doses

Long-Term Efficacy and Safety of Levacetylleucine in Adults and 
Children with Niemann-Pick Disease Type C

Uma Ramaswami1, Tatiana Bremova-Ertl2, Michael Strupp3, Bethany Zanrucha4, Jorgji Kerthi4, Janelle Raymond4,              
Taylor Fields4, Ian Billington4, Marc C. Patterson4

1Royal Free London Hospital and University College London, London, United Kingdom, 2Department of Neurology and Center for Rare Diseases, University 
Hospital Inselspital Bern, Bern, Switzerland, 3Department of Neurology, LMU University Hospital, Munich, Germany, 4IntraBio Inc., Austin, Texas, USA

Presented at the SSIEM 2026 Annual Symposium;                               
August 25-28, 2026; Helsinki, Finland ©2026 IntraBio. All rights reserved. 

Acknowledgements
The authors would like to thank the participants who are participating in this trial, their families and 
other caregivers, investigators and their institutions, the International Niemann-Pick Disease 
Association, Nieman-Pick (UK), National Niemann-Pick Disease Foundation, and Ara Parseghian 
Medical Research Foundation. This trial is sponsored by IntraBio Inc.

Disclosures 
UR has received grants from Amicus, Chiesi, IntraBio, and Denali to her institution, consulting fees from 
Amicus, Chiesi, and Takeda, and honoraria from Amicus, Chiesi, and Takeda. TB received speaker's 
honoraria and consultancy fees from Actelion, Sanofi-Genzyme and Zevra as well as blinded video-rater 
fees from IntraBio. 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. BZ, JK, JR, TF, IB, and MCP are employees of and may have stock ownership 
in IntraBio Inc. 

References
1. Vanier MT. Orphanet J Rare Dis. 2010 Jun 3;5:16. 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. Available from: https://www.biorxiv.org/content/10.1101/2025.04.27.650877v1. 5. Davis 
LC, et al. PLoS One. 2026 Jul 17;21(7):e0353834. 6. Bremova-Ertl T, et al. N Engl J Med. 2024 Feb 
1;390(5):421-431. 7. Bremova-Ertl T, et al. J Neurol. 2022 Mar;269(3):1651-1662. 8. Martakis K, et al. 
Neurology. 2023 Mar 7;100(10):e1072-e1083. 9. Martakis K, et al. Lancet Neurol. 2026 Jul;25(7):633-
644. 10. Mengel E. et al. Orphanet J Rare Dis. 2020 Nov 23;15(1):328. 

• Niemann-Pick disease type C (NPC) is a rare, autosomal 
recessive neurodegenerative lysosomal storage disorder1

• The landscape of NPC treatment is rapidly evolving, marked by 
growing therapeutic momentum, deeper understanding of 
disease biology, and a shift from symptomatic care toward 
disease-modifying strategies

• Levacetylleucine (also known as N-acetyl-L-leucine, NALL) is 
a modified, acetylated amino acid

• Levacetylleucine  enters enzyme-controlled pathways to 
correct metabolic dysfunction, improve function of the 
lysosomal-mitochondrial axis, and restore membrane potential 
and cellular signaling2-5 

• In preclinical studies, levacetylleucine restored autophagy flux 
and has shown rapid and stereospecific normalization of 
transcription factor (TFEB), master regulator of lysosomal 
biogenesis and the coordinated lysosomal expression and 
regulation (CLEAR) gene network5 

• Levacetylleucine has demonstrated significant improvements 
in neurological manifestations across multiple clinical trials in 
NPC, GM2 gangliosidoses, and ataxia-telangiectasia6-9

(1) Monocarboxylate transporters (MCT) - membrane proteins which act as carriers for NALL. 

Levacetylleucine Transport and                                               
Putative Mechanism of Action

• Long-term treatment with levacetylleucine was 
associated with a statistically significant and 
clinically meaningful reduction in disease 
progression concordant with a neuroprotective, 
disease-modifying effect

• Exploratory endpoints were supportive of the 
primary endpoint

• Levacetylleucine was well-tolerated with no 
treatment emergent events occurring in more than 
10% of participants on treatment

• No treatment-emergent adverse events (TEAEs) occurred in 
more than 10% of participants on levacetylleucine 

• One participant had one TEAE (gelastic cataplexy) 
assessed as related to levacetylleucine by the investigator

• One participant had one TEAE leading to withdrawal from 
trial was assessed as not related to study medication

• No trial drug-related serious adverse events or deaths 
occurred

Figure 2. 5D-NPC-CSS Change with Levacetylleucine 
After 12, 18, 24, 30, and 36 Months

aComparisons were made to the expected annual trajectory of disease 
decline established in published natural history studies.

IB1001-301 EP Endpoints 
Primary • 5-domain NPC Clinical Severity Scale       

(5-D-NPC-CSS)
Exploratory • 4-domain NPC Clinical Severity Scale          

(4-D-NPC-CSS)
• 15-domain NPC Clinical Severity Scale 

(excluding hearing) (15-D-NPC-CSS)
• Scale for the Assessment and Rating of 

Ataxia (SARA)

Key Inclusion Criteria

IB1001-301 Trial Treatment 

4-D-NPC-CSS
• The mean baseline (Visit 2) score on the 4-D-NPC-CSS 

was 8.10±3.56
• After 36 months (Visit 13), the mean change from 

baseline was -0.51± 2.23 with levacetylleucine

SARA
• The mean baseline (Visit 2) value on the SARA was 

15.92±7.74 
• After 36 months (Visit 13), the mean change from 

baseline was -1.14±3.72 with levacetylleucine

• The mean±SD baseline (Visit 2, n=50) 5D-NPC-CSS was 
11.04±4.70

• After 30 months (Visit 12, n=40), the mean±SD change 
from baseline on the 5-D-NPC-CSS was -0.20±2.60 with 
levacetylleucine, compared to +3.75±7.90 in the historical 
cohort10,a; mean difference -3.95 (95% CI -6.60 to -1.30; 
P=0.0040) (Figure 1)

• After 36 months (Visit 13, n=39), the mean±SD change 
from baseline on the 5-D-NPC-CSS was -0.28±2.76 with 
levacetylleucine, compared to +4.50±9.48 in the historical 
cohort10,a; mean difference -4.78 (95% CI -7.96 to                   
-1.61; P=0.0040) (Figure 1)

SAFETY AND TOLERABILITY

PRIMARY ENDPOINT : 5D-NPC-CSS

EXPLORATORY ENDPOINTS: 36 MONTH RESULTS

SARA, Scale for the Assessment and Rating of Ataxia. 

15-D-NPC-CSS (excluding hearing)
• The mean baseline (Visit 2) score on the 15-D-NPC-CSS 

was 18.22±7.14 
• After 36 months (Visit 13) the mean change from baseline 

was +0.46±5.26 with levacetylleucine
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Figure 1. Transport and Putative Mechanism of Action 
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