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Background Study Design

NF-kB Is Activated in Duchenne Muscular Dystrophy
following Mechanical Stress

Analysis Approach to Open-Label
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: At the time of the open-label extension data analysis, all 14 boys initially on 100 mg/kg
of mutation type

continuing to participate had received 100 mg/kg for 24 weeks and 11 had completed 36 weeks
of 100 mg/kg/day edasalonexent treatment

412 Timeof 12
edasalonexent
treatment initiation

Kumar, et al. FASEB ] 2003 17{3):17: 386-96.
Peterson, etal. Curr Top Dev Bio. 2011; 96: 83-119.

Results

10-Meter Walk/Run Speed Stabilized 4-Stair Climb Speed Stabilized Time to Stand Speed Stabilized
with Edasalonexent Treatment with Edasalonexent Treatment with Edasalonexent Treatment

i 10-Meter Walk/Run l__r 4-Step Climb h Time to Stand

Edasalonexent Edasalonexent

100 mg/kg 100 mg/kg

L \-—-‘
—
-
—
T
—
S
—

Edasalonexent

100 mg/kg

—

Speed (1/Seconds)

Speed (1/Seconds)

Speed (1/Seconds)
(Spuodag)awl|

0 - - - 0 - - - 0
Weeks Weeks Weeks
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Edasalonexent Significantly Improved Rate of Change of
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Safety

Age-Appropriate Growth Similar to Standard
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*Falls were specifically recorded as an exploratory measure,

Acknowledgments

»
Edasalonexent Significantly Reduced Plasma C-Reactive Open-Label Extension Results: Edasalonexent g
: . ; : : : Acknowledgements ;
Protein Compared with Pretreatment Baseline Substantially Slowed DMD Disease Progression -
» CRP is a well-characterized blood test marker that provides a global
assessment of inflammation » Disease progression on edasalonexent improved compared to rate of change in » Patients and families
control period AchON
» CRP is elevated in DMD - North Star Ambulatory Assessment > Patient groups DUCHENNE

- CRP approximately 3-fold higher in boys affected by DMD compared to - Timed function tests 10-meter walk/run, 4-stair climb and time to stand

» ImagingDMD Staff
unaffected boyst Glle

» Additional measures provide further support for positive edasalonexent

» Site Staff *
» In MoveDMD, CRP significantly decreased from baseline after 12 and treatment effects Yo
24 weeks of 100 mg/kg edasalonexent. - Lower leg muscle MRI T2 rate of change significantly improved compared to control » Catabasis team e Duchenne*
period progression o—
) CRP ..j_m CRP - Muscle enzymes decreased compared to baseline at 12 weeks and later time points » Thanks to PPMD and MDA for generous grant support for patient travel
E 10. E 0l ~ Decreased CRP, a marker of systemic inflammation
g S ¥
B ® » Safety profile
5 s ~ No safety signal and well tolerated ?
S 5. & 51 ty signal and well tolerate arent i
E 3 - Height, weight and BMI growth patterns continued to be similar to unaffected boys pro'ect
g E J
g, § 0. > F;‘.m.Cti?na." ilendpmint:l evaluated gregn;;igated to be used in the Phase 3 MBSC“laf
o Week 0 Week 12 Week 0 Week12 Week24 clinical trial expected to Initiate In
Weeks on Placebo Weeks on Edasalonexent ySt rop hy
Means = SEM shown; * p<0.05, = p=0.001 for comparison with pre-treatment baseline measurement

TAnderson etal, 2017, Pediatric Cardiology

Presented at Action Duchenne International Conference | November 10-12, 2017 | Birmingham UK //\catabasis



