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SUPPLEMENTAL MATERIAL 

Full list of the PRO-DMD-01 consortium investigators 

Belgium 

University of Leuven, Leuven. Principal investigator: Nathalie Goemans 

Universitair Ziekenhuis Gent, Gent. Principal investigator: Nicolas Deconinck  

USA 

Nationwide Children’s Hospital, Columbus, OH. Principal investigator: Kevin M. Flanigan 

UC Davis Medical Center, Davis, CA. Principal investigator: Erik Henricson; Co-investigator: 

Craig M. McDonald 

Cincinnati Children's Hospital Medical Center, Cincinnati, OH. Principal investigator: Brenda 

Wong 

Italy 

Azienda Ospedaliera Universitaria Policlinico G. Martino, Messina. Principal investigator: 

Giuseppe Vita 

Policlinico Universitario Agostino Gemelli, Rome. Principal investigator: Eugenio Mercuri 

Sweden 

Sahlgernska Universitets sjukhuset, Göteborg. Principal investigator: Mar Tulinius 

Netherlands 

Leiden Universitair Medisch Centrum, Leiden. Principal investigator: Erik Niks 
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Radboud UMC, Nijmegen. Principal investigator: Imelda de Groot 

Brazil 

Hospital das Clínicas da Faculdade de Medicina da USP, São Paulo. Principal investigator: 

Maria Bernadete Dutra de Resende 

Germany 

Kinderkrankenschwester, Universitatsklinikum Essen, Essen. Principal investigator: Ulrike 

Schara 

Universitätsklinikum Freiburg, Freiburg. Principal investigator: Jan-Bernd Kirschner 

Turkey 

Hacettepe Universitesi Saglik Birimleri, Ankara. Principal investigator: Haluk Topaloglu 

Argentina 

Hospital de Pediatria Dr. J. P. Garrahan, Buenos Aires. Principal investigators: Dra Monges and 

Maria Soledad 

France 

CHU de Toulouse, Toulouse. Principal investigator: Claude Cances 
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Supplemental Methods 

 Unlike the Brooke Scale, higher entry item values in the Performance of Upper Limb 

Module for DMD 1.2 represent greater functional ability rather than greater functional 

impairment. These are defined as ‘0 = no useful function of hands,’ ‘1 = can use hands to hold 

pen, pick up a coin or drive a powered chair,’ ‘2 = can raise 1 or 2 hands to mouth but cannot 

raise a cup with 200 g weight in it to mouth,’ ‘3 = can raise plastic cup with 200 g weight in it to 

mouth using 1 or 2 hands,’ ‘4 = can simultaneously raise both arms to shoulder height with 

elbow bent or in extension,’ ‘5 = can raise both arms simultaneously above head only by flexing 

the elbow,’ and ‘6 = can abduct both arms simultaneously with elbows in extension (without 

compensation) in a full circle until they touch above the head.’ 
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Supplemental Table 1. Baseline characteristics of non-ambulatory patients with DMD, by 

steroid use - additional measures 

Mean ± SD 

Total Prednisone Deflazacort None  

N = 86 n=29 n=40 n=17 p-valuea 

Height Z-score -1.28 ± 2.05 -0.53 ± 1.54 -2.13 ± 2.32 -0.84 ± 1.61 <0.01 

Ability to transfer from a wheelchair 1.32 ± 0.85 1.09 ± 0.67 1.59 ± 0.92 1.07 ± 0.80 <0.05 

FVC %-predicted (30-80 range)b 62.71 ± 12.91 64.08 ± 11.19 64.84 ± 13.53 53.00 ± 12.51 <0.05 

 

 

Abbreviations: BMI, body mass index; DMD, Duchenne muscular dystrophy; FVC, forced vital capacity; 

SD, standard deviation. Notes: a Reported p-values correspond to a comparison across all three steroid 

categories. b Sample sizes differ from overall sample as follows: n=25 (prednisone), n=25 (deflazacort), 

and n=9 (none). 
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Supplemental Figure 1. Longitudinal FVC %-predicted <50% (a) 30-80% (b) and <30% 

(c) among non-ambulatory patients with DMD, by steroid use 

a. 

 

b. 

 

PRED vs. NONE 2.175 
DFZ vs. NONE 3.597* 
DFZ vs. PRED 1.422 
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c. 

 

 

Caption: Shaded regions are bounded by ± 1 standard error. Estimates overlaid on plot are slope 

differences between steroid groups. Slope differences are obtained from two model specifications, which 

differ only by the baseline steroid reference group (none or prednisone). Abbreviations: DMD, Duchenne 

muscular dystrophy; FVC, forced vital capacity. 
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Supplemental Figure 2. Age at inability to transfer independently from a wheelchair 

among non-ambulatory patients with DMD, by steroid use 

 

Abbreviations: DMD, Duchenne muscular dystrophy; EK, Egen Klassifikation. 
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Supplemental Figure 3. Height z-score among non-ambulatory patients with DMD, by 

steroid use 

 

 

 

Caption: Shaded regions are bounded by ± 1 standard error. Estimates overlaid on plot are slope 

differences between steroid groups. Slope differences are obtained from two model specifications, which 

differ only by the baseline steroid reference group (none or prednisone). **p<0.01, *p<0.05. 

Abbreviations: DFZ, deflazacort; DMD, Duchenne muscular dystrophy; PRED, prednisone. 

 

 

 

 

PRED vs. NONE  0.137 
DFZ vs. NONE -0.237* 
DFZ vs. PRED -0.374** 

 


