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Introduction Methods .
Conclusions
* Duchenne muscular dystrophy (DMD) is a rare, fatal, genetic disease caused Data sources Statistical analyses
by a lack of dystrophin protein, which leads to progressive and irreversible * Golodirsen-treated patients were * A mixed-effects model for repeated measures was used to This analysis of clinical trial data

H 1
muscle damage from birth from Study 4053-101 who continued evaluate the impact of golodirsen on the decline in FVC%p

* Pulmonary decline in DMD leads to the irreversible disease milestone of into the open-label 3-year Study

for golodirsen-treated and

* The model was fit with FVC%p as the response variable and

Rk of hospitalzation, morbiity, and oty s 1 101530 (NCT03532547) ang were with treatment group (golodirsen vs £C), age (at ist), and the mutation-matched EC patients
P ’ Y ¥ required to have at least 2 FVC%p interaction between treatment group and age as the fixed i
* Studies have established a linear decline in pulmonary function of ~5 f;sestsrzents gtdage 210 years during effects and the patient-level random effects demonstrated that golodlrsen was
i 6,7 e study perio
percentage points between 10 and 18 years . * Models with and without adjusting for baseline FVC%p and age associated with significa nt
* Golodirsen is FDA approved for the treatment of DMD in boys with mutations * EC pat|enFs were from the were estimated, and measures of model fit (ie, the Akaike
amenable to exon 53 skipping and has been shown in Study 4053-101 Cooperative International information criterion [AIC] and Bayesian information criterion attenuation in the rate of decline
(NCT02310906) to have functional benefits in a declining population of Neuromuscular Researcl; Group [BIC]) were assessed .
patients with DMD vs mutation-matched external controls (ECs)®8 (CINRG) (NCT00468832),° PRO-DMD- o . ’ . n FVC%p (29% VS 6.7%,’ P<001)
01 (NCT01753804),%° and Study 4658-  Average annual rate of FVC%p decline was predicted using a
301 (NCT02255552),1 and were linear extrapolation of the model-estimated decline in FVC%p . X .
objective required to have confirmed from the average FVC%p values observed in patients between * A preV|oust pu blished analy5|s
rrllutations z;merrable to exon 53 ages 10 and 18 years of eteplirsen vs mutation-matched
T . ’ ) ) ) skipping and at least 1 FVC%p * Time to cough-assist (recommended FVC%p <60) and nighttime . .
T;)Vizc:/mparedlong}tuttﬂr;atl_traﬂ:ctoneshof pz_ertceanr_ecri]LctFed forate_(li \t/.|tal Fapauty assessment between the ages of 10 ventilation (recommended FVC%p <50) was predicted using a EC patlents demonstrated similar
( . "{’) ar']th ’T:;&ch edtime to (I:Ocllj'g -assis arl tmg 'TthZnE'Ca |otp mt and 12 years followed by at least 1 linear extrapolation of the model-estimated decline in FVC%p rates of FVC%p declinel?
patients wi receiving golodirsen vs mutation-matche patients additional valid FVC%p assessment (from average FVC%p readings observed)

Data suggest clinically meaningful
Results delays in reaching the need for
T1 Summary of Patient Characteristics .
recommended cough-assist and

* A total of 37 patients met the inclusion criteria (F1)

I H M . . . . . .
* At baseline, golodirsen-treated (n=20) and mutation-matched EC (n=17) patients were Go::i::en Diffeer::ce nighttime ventilation, implying
well-balanced for age and FVC%p (A) (B)-(A)  P-value® clinically meaningful delays of
* Golodirsen-treated patients had a longer average follow-up duration (mean [SD], Baseline age, years 5 . hi
ion- i ’ ears or more in reacnin
3.6 [1.8] years) than the mutation-matched EC patients (2.4 [1.3] years) (T1) Mean + D 10.4+0.4 10303 104404 Y . g
IF\{/;endglsn o %)0'131 o to.lal S 20.131 , o101 034 pulmonary milestones
F1 Pulmonary Analysis Population Selection Flowchart Missing, n (%) 0/37 (0.0) 0/20 (0.0) 0/17 (0.0)
: - These data provide the longest
Baseline FVC
Study 1018302  Study 301 CINRG  PRO-DMD-01 Mean + SD 17204 17203 18205 follow-up of pulmonary benefit in
Median 1.7 1.7 1.8 01+0.1 0.45 L. )
Al available ’ " a0 269 Range (0.9,3.2) (0.9, 2.8) (13,3.2) 4D : a declining DMD population
patients Missing, n (%) 0/37 (0.0) 0/20 (0.0) 0/17 (0.0) treated with golodirsen vs EC
S 2 F 1 F I F Baseline Fvc%p ;
Patients with >2 FVC% ts at atients (see poster M162 for
LR 2 " Mean & 5D BISE179  895:153 8942210 P (see p
(first such visit was defined as baseline) Median 88.0 89.2 87.0 0.0+6.2 1.00 more details)
E,Z E/Z E/Z E/Z Range (51.4,136.0) (51.4,132.2) (57.0,136.0) o :
Patients with 20 R 138 77 Missing, n (%) 0/37 (0.0) 0/20 (0.0) 0/17 (0.0)
baseline age <12 years Length of follow-up, years
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