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« Sevasemten is an investigational fast skeletal myosin inhibitor NSAA outcomes
designed to limit muscle damage from functional dystrophin deficits
and is being studied for the treatment of muscular dystrophies

 The ARCH study (NCT05160415) is a single-arm, open-label,
single-center, Phase 1D trial evaluating sevasemten in 12 male adult
patients with Becker muscular dystrophy (BMD)’

« Among patients treated with sevasemten in ARCH, mean ANSAA did not differ significantly from 0 (no change) at month 12 (0.8; 95%
confidence interval [CI]: -0.5 to 2.1), month 18 (0.9; 95% CI: -1.0 to 2.8), and month 24 (0.1; 95% CI: -3.0 to 3.2) (Figure 1)

* In contrast, among predicted controls, mean ANSAA declined significantly over time, decreasing from baseline to month 12 (-1.5; 95% CI:
-2.1t0 -0.9), month 18 (-2.3; 95% CI: -3.2 to -1.4), and month 24 (-3.0; 95% CI: -4.2 to -1.9) (Figure 1)

» Relative to the expected natural history trajectory, sevasemten treatment was associated with significantly greater preservation of NSAA total

+ 1o t?"”tte?‘t‘flgéeHmOtor f(‘;f“it'gn Outcolr?esl\flortiegﬁse/&“teb”'fr‘fated scores, with differences of 2.3 units at month 12 (95% CI: 1.0 to 3.6; p < 0.001), 3.2 units at month 18 (95% Cl: 1.4 to 5.1: p < 0.001), and 3.1
Patients in , a predicted control Tor North star Ambuiatory units at month 24 (95% ClI: 0.3 to 6.0; p = 0.034) (Figure 1)

Assessment (NSAA) outcomes was developed using a validated S _ , _ _ _ L
model of BMD natural history data « Examining individual trajectories, all but one treated patient (subject 8, who had surgery for a torn meniscus at Month 16) exhibited

numerically greater preservation of NSAA scores than expected in natural history at the time of their last NSAA assessment (Figure 2)

Figure 1: Mean ANSAA among sevasemten treated patients and predicted controls
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statistical comparisons were based on z-tests

Figure 3: Difference in ANSAA at patients’ last visits (observed - predicted)
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Baseline characteristics

At baseline, mean (standard deviation) age was 32.9 (8.0) years and -2 .
mean NSAA total score was 15.1 (8.4) units (Table 1) —4 |
 All 12 patients had NSAA assessments available at 12 months, while -6

data were available for 9 patients at both 18 and 24 months

Difference in ANSAA at last visit
(sevasemten treated — predicted control)
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Table 1: Baseline patient characteristics of patients in ARCH I - B I - B I ] s B - B
D S D D 3 D D Q 2 D 3 @
Patient characteristics, mean * SD N=12 2 oy 2 2 oy 2 2 2 2 2 oy 2
n > N N > N N n n N > n
Age, years 32.9 £ 8.0 7 @ »
] B Predicted control better B Sevasemten treated better
Body mass index, kg/(m?)? 25.3 £ 3.2 o ! Y
Abbreviations: NSAA, North Star Ambulatory Assessment
Height, cm? 175.4 £ 6.7
Weight, kg? 77.8 +10.6

1.2+0.5

10-meter walk/run velocity, meter/s

Rise from supine velocity, 1/s 02+02 * As in any comparison of non-randomized groups, there is * In this comparison with predicted controls, sevasemten was
R _ _ potential for confounding due to unobserved differences that associated with the preservation of meaningful ambulatory
4-stair climb velocity, climb/s 02+0.2 are not accounted for in the prediction model motor function over 24 months
Abbreviations: NSAA, North Star Ambulatory Assessment; SD, standard deviation; s, seconds . ] ]
Note: * These findings add to the evidence for sevasemten as a

2Body mass index, height, and weight were not used in the prediction model.

promising investigational therapy for BMD
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