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Interim data from the real-world, non-interventional, prospective, observational PASS
indicate ongoing safety, tolerability and efficacy of mexiletine (NaMuscla®) 167mg hard
capsules in adults with non-dystrophic myotonia (NDM). Symptom improvements vs.
baseline (BL) were consistently reported at Month 12; early data at Month 24 continue
this trend.

Fifty-two adults (98%) completed the last study visit: n=29(54.7%) male; mean age
40.9(range 19-80) years; n=39(73.6%) were on mexiletine before inclusion; mean daily
dose (n=49), 2(range 0.5-3) capsules.

Twenty-one participants (39.6%) reported TEAEs: most were mild/moderate, unrelated
to study drug and consistent with NaMuscla® SmPC. No deaths/permanent
discontinuations or abnormal trends on vital signs/laboratory results observed,
including normal cardiac findings at all timepoints.

In intent-to-treat population (i.e. patients having 21 dose of study treatment and post-
BL assessment, n=50), improvements vs. BL (mean [SD]) were seen in visual analogue
scale (0-100) muscle stiffness (BL: 39.2[27.31] n=42; month 12: -13.5[25.77] n=34;
month 24: -16.3[19.46] n=9) and Myotonia Behaviour Scale scores (BL: 2.69[0.973]
n=45; month 12: -0.25[0.840] n=40; month 24: -0.40[0.843] n=10). Improvements were
also seen in Individualised Neuromuscular Quality of Life locking-domain scores (BL:
55.1[23.61] n=32; month 12: -17.6[24.01] n=28; month 24: -26.9[24.88] n=9).

PASS data confirm that long diagnostic delays (mean 14.9 years) remain for NDM
patients and indicate centre-specific NaMuscla® dosing differences that show no
BMl/sex correlation. Twice-daily (BD) NaMuscla® dosing appears to be efficacious, safe,
and well tolerated; reasons for low and high dosing need further investigation. PASS
(NCT04616807) is part of the European Risk Management Plan, conducted in Germany,
UK and France.
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