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is a rare,
neurodegenerative

* Niemann-Pick disease type C (NPC)
autosomal recessive
lysosomal storage disorder’

* Levacetylleucine (N-acetyl-L-leucine, NALL) is a
modified acetylated amino acid

* It enters enzyme-controlled pathways to correct
metabolic dysfunction, improve function of the
lysosomal-mitochondrial axis, and restore
membrane potential and cellular signaling?®

* |B1001-301 is a Phase 3, randomized, crossover
trial encompassing a Parent Study and an
ongoing Extension Phase evaluating long-term
effects of levacetylleucine in people with NPC

Background - Methds

* [B1001-301 enrolled individuals with a genetically
confirmed diagnosis of NPC

* The primary endpoint of the Extension Phase (EP)
is the 5-domain Niemann-Pick disease type C
Clinical Severity Scale (5-D-NPC-CSS) ranging
from 0-25, where 0 is the best neurological status
and 25 the worst®

* Exploratory endpoints
(excluding hearing), 4-D-NPC-CSS, and the Scale
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Conclusion - Resuts . 0000

Levacetylleucine is a modified amino acid
entering enzyme-controlled pathways to
correct metabolic dysfunction and improve
lysosomal-mitochondrial function

e After 30 months of treatment with
levacetylleucine, the 5-D-NPC-CSS was
reduced by -0.20%2.60 versus +3.75+7.90 in the
historical cohort (mean difference -3.95
points; 95% CI, -6.60 to -1.30; P=0.004

* Long-term evaluation of levacetylleucine in
people with NPC has demonstrated a
reduction in disease progression at 30-months

* Exploratory endpoints including 15-D-NPC-
CSS (excluding hearing), 4-D-NPC-CSS, and
SARA are consistent with primary endpoint
findings and ASIS was reduced by 19.1%

* Levacetylleucine is well-tolerated with no
serious adverse events or deaths occurring

* These findings demonstrate a statistically
significant and clinically meaningful
improvement with levacetylleucine and its
long-term benefits
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» Fifty-four participants enrolled into the EP and 40 completed Visit 12 (30 months)

Primary Endpoint Results?

* The mean (xSD) baseline (Visit 2) score on the 4]
5-domain NPC-CSS was 10.50 (+4.46)

» After 30 months (Visit 12, n=40), the mean change
from baseline was -0.20 (*+ 2.60) points with
levacetylleucine vs +3.75 (x7.90) points in the
historical cohorts®P (mean difference -3.95; 95%
Cl-6.60 to -1.30; P=0.004)

5-Domain NPC-CSS
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Mean Change 5-Domain NPC-CSS

«  The mean (+SD) change from baseline in the T
5-domain NPC-CSS was +0.17 (£2.04) in adults N
treated with levacetylleucine and -0.71 (£3.22) in
pediatric participants treated with levacetylleucine
Safety Results 0 iaconscns w08
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* No trial drug-related serious adverse events or
deaths occurred

This is a projected annual trajectory based on one year of patient data.

Exploratory Endpoint Results

15-D-NPC-CSS

* The mean (xSD) baseline (Visit 2) score on the 15-D-NPC-CSSwas 17.48 (£7.15)

* After 30 months (Visit 12, n=40), the mean change from baseline was +0.38 (+ 4.00)
points with levacetylleucine vs +4.68 (x2.74) points in the historical cohorts®? (mean
difference -4.30; 95% CI1-5.87 t0-2.73)

4-D-NPC-CSS

* The mean (+SD) baseline (Visit 2) score on the 4-domain NPC-CSS was 7.65 (£3.32)

* After 30 months (Visit 12, n=40), the mean change from baseline was -0.58 (+ 2.04) with
levacetylleucine (95% CI-1.23t0 0.08)

SARA

* The mean (+SD) baseline (Visit 2) score on the SARA was 15.00 (+7.68)

* After 30 months (Visit 12, n=40), the mean change from baseline was -1.39 (+ 3.71) with
levacetylleucine (95% CI -2.57 to -0.20)

ASIS

* The mean ASIS score was 0.58 (£0.39) for all participants who completed 5-D-NPC-CSS at
baseline and each subsequent EP visit

* After 30 months (Visit 12, n=37), the mean ASIS score decreased to 0.47 (£0.30), reflecting
a 19.1% improvement compared to baseline

aAs of the date of this document, the trial is still ongoing. P"Comparisons were made to the expected annual trajectory of disease decline established in published natural history studies.
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