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BACKGROUND METHODS

 GM2 gangliosidoses are a group of rare, heterogeneous, autosomal * |B1001-202 was a Phase 2, multinational, open-label, rater-blinded trial
recessive lysosomal storage disorders with nearly identical clinical investigating NALL for GM2 gangliosidoses®?

presentations’ + IB1001-202 encompassed:

 Deficiencies in lysosomal enzyme [3-hexosaminidase isoforms (HexA and » Parent Study: To assess the safety and efficacy of NALL for symptoms,
HexB) cause accumulation of ganglioside GM2, primarily in neuronal cells, functions, and quality of life

leading to a broad spectrum of progressive neurodegeneration’ - Extended Phase: Long-term safety and efficacy evaluation of NALL
N-ACETYL-L-LEUCINE « A subgroup analysis was conducted to assess the effects of NALL based
. N-acetyl-L-leucine (NALL) is a modified amino acid that enters enzyme- on participant disease duration as evaluated by the Scale for Assessment

. o . and Rating of Ataxia (SARA)
controlled pathways to correct metabolic dysfunction, improve function of | o | | |
the lysosomal-mitochondrial axis, reduce inflammation, and enhance  SARA s a clinically validated rating scale that measures the severity of

autophagy?5 neurological signs and symptoms across 8 distinct functional domains,

* Across multiple clinical studies, NALL has demonstrated significant with lower scores indicating better neurological function
improvements in neurological manifestations of Niemann-Pick disease
type C (Phase 2 - IB1001-201, Phase 3 - IB1001-301)%7" and GM2
gangliosidoses (Phase 2 - IB1001-202)8
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* Participants included in the analysis were grouped into 3 categories

N-acetyl-L-leucine
Cerebellar

D |
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Mitochondria Lysosome * 0-3 years
Nucleus
_ . e 4- r
@D lae 10 o
Glucose > Function e 10+ years
Ty T aecy 1‘ sl + Mean change in SARA was calculated as the difference between the
signaling

signals change from baseline to treatment (Visit 4 - Visit 2) and the change from

treatment to washout (Visit 6 - Visit 4)

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

RESULTS

« Twenty-seven participants aged 6 to 55 years completed the
Parent Study and were included in the subgroup analysis 0.5

* There were 9 participants evaluated in each of the 3 subgroups 0 — —

* Following treatment with NALL, there was a decrease In the
mean SARA score in each subgroup, indicating improved
neurological function

TABLE 1. SARA MEAN CHANGE FROM BASELINE

FIGURE 3. SARA MEAN CHANGE FROM BASELINE
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Mean Change in SARA with

Disease Duration in

SARA Score

Years NALL 9
0-3 (n=9) -4.00 '3
4-9 (n=9) -3.00 't
10+ (n=9) 1.44 us

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
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