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Improvement in Strength Is Sustained at 12 Months, Including Hand Grip, as 
Measured by QMT (%p)
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Quantitative Muscle Testing (QMT) Hand Grip Strength

Pooled Dose Group (N=26) 6.8 mg/kg Cohort

For information on the Pooled Dose Group, see footnotes on slide 2.
Percent mean change from baseline = (mean change from baseline/baseline mean) x 100. 6 months = 169 days; 12 months = 337 days.
%p, percent predicted; BL, baseline; Q4W, every 4 weeks; Q8W, every 8 weeks; QMT, quantitative muscle testing; SEM, standard error of the mean. 
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Improvement in Motor Function Is Sustained at 12 Months, as Measured by 
10MWR Timed Function Test
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10-Meter Walk/Run Test

Pooled Dose Group (N=26) 6.8 mg/kg Cohort

For information on the Pooled Dose Group, see footnotes on slide 2.
Percent mean change from baseline = (mean change from baseline/baseline mean) x 100. 6 months = 169 days; 12 months = 337 days. 
10MWR, 10-Meter Walk/Run; BL, baseline; Q4W, every 4 weeks; Q8W, every 8 weeks; sec, seconds; SEM, standard error of the mean. 
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Improvement Is Observed Across CNS-Related MDHI Subscales Through 12 
Months
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Communication

Fatigue

Pain

Pooled Dose Group (N=26) 6.8 mg/kg Cohort

For information on the Pooled Dose Group, see footnotes on slide 2.
Percent mean change from baseline = (mean change from baseline/baseline mean) x 100. 6 months = 169 days; 12 months = 337 
days. BL, baseline; CNS, central nervous system; MDHI, Myotonic Dystrophy Health Index; SEM, standard error of the mean. 
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Improvement Is Observed Across CNS-Related MDHI Subscales Through 12 
Months
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Pooled Dose Group (N=26) 6.8 mg/kg Cohort

Emotional 
Issues

Sleep

Cognitive 
Impairment

For information on the Pooled Dose Group, see footnotes on slide 2. Percent mean change from baseline = (mean 
change from baseline/baseline mean) x 100. 6 months = 169 days; 12 months = 337 days. BL, baseline; CNS, central 
nervous system; MDHI, Myotonic Dystrophy Health Index; SEM, standard error of the mean. 
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