















   







   


























































 












      



  



      
  

     
      
    



  







 
 


    









  




  




  





 




   





 


 


  


 



  

  

  


  

  









 















































  



   
   
   
   
   



   
   
   
   
   
   
   
   
   
   
    



    
    
    
   



    
   
    
   



   
   
   





This book is dedicated to

the courageous families of

patients

with muscular dystrophy
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Sr. Status of the Organization condu-

No. Title of the Research trial cting the research

1 Double Push Acoustic Radiation Force (DP ARF) Ultrasound recruiting University of North
for Monitoring Muscle Degeneration in Duchenne Muscular Carolina, Chapel Hill
Dystrophy

2 Stem Cell Therapy in Duchenne Muscular Dystrophy recruiting Neurogen Brain and
Spine Institute

3 Test-Retest Reliability of Pulmonary Function Tests in Patients withdrawn prior Children's Healthcare
With Duchenne's Muscular Dystrophy to enrollment of Atlanta

4 Safety and Efficacy Study of IGF-1 in Duchenne Muscular status unknown Children's Hospital
Dystrophy Medical Center,

Cincinnati.

5 Efficacy of Umbilical Cord Mesenchymal Stem Cells in recruiting Acibadem University
Duchenne Muscular Dystrophy

6 Research of Biomarkers in Duchenne Muscular Dystrophy recruiting institute of myology,
Patients france

7 Study Safety and Efficacy of BMMNC for the Patient With recruiting Chaitanya Hospital,
Duchenne Muscular Dystrophy Pune

8 Safety and Efficacy Study of PTC124 in Duchenne Muscular completed PTC Therapeutics
Dystrophy

9 Open Label, Extension Study of PRO044 in Duchenne enrolling by Prosensa Therapeutics
Muscular Dystrophy invitation

10 Eplerenone for Subclinical Cardiomyopathy in Duchenne Active, not Subha Raman,
Muscular Dystrophy recruiting The Ohio State

University

11 Safety and Efficacy Study of Antisense Oligonucleotides in completed Imperial College
Duchenne Muscular Dystrophy London

12 Phase 2a Extension Study of Ataluren (PTC124) in Duchenne terminated PTC Therapeutics
Muscular Dystrophy

13 Safety and Efficacy of Umbilical Cord Mesenchymal Stem Cell unknown Shenzhen Beike Bio-
Therapy for Patients With Duchenne Muscular Dystrophy Technology Co., Ltd.





Sr. Status of the Organization condu-

No. Title of the Research trial cting the research

14 Phase IIb Study of PRO045 in Subjects With Duchenne recruiting Prosensa Therapeutics
Muscular Dystrophy

15 L-citrulline and Metformin in Duchenne's Muscular Dystrophy Recruiting University Hospital,
Basel, Switzerland

16 The Preventive Efficacy of Carvedilol on Cardiac Dysfunction in unknown Suzuka Hospital
Duchenne Muscular Dystrophy

17 Whole Body Vibration Therapy in Boys With Duchenne recruiting Hugh McMillan,
Muscular Dystrophy Children's Hospital of

Eastern Ontario

18 A Phase I/II Study of PRO053 in Subjects With Duchenne recruiting Prosensa Therapeutics
Muscular Dystrophy

19 High-dose Prednisone in Duchenne Muscular Dystrophy recruiting Cooperative
Neuromuscular Research Group International

20 Observational Study of Patients With Duchenne Muscular recruiting Genethon
Dystrophy Theoretically Treatable With Exon 53 Skipping
(pre U7-53)

21 Historically Controlled Trial of Corticosteroids in Young recruiting Washington University
Boys With Duchenne Muscular Dystrophy School of Medicine

22 A Trial of Chronotherapy of Corticosteroids in Duchenne withdrawn prior Ann & Robert H Lurie
Muscular Dystrophy  to enrollment  Children's Hospital

of Chicago

23 Electrical Impedance Myography and Ultrasound as recruiting Children's Hospital
Biomarkers of Duchenne Muscular Dystrophy Boston

24 The PTC124 (Ataluren) Clinical Trial for Duchenne Muscular completed National Human
Dystrophy: Exploration of the Experiences of Parents,  Genome Research
Clinician Researchers, and the Industry Sponsor Institute (NHGRI)

25 A Phase 2 Study to Evaluate the Safety, Efficacy, Pharmaco- recruiting Pfizer
kinetics and Pharmacodynamics of PF-06252616 in Duchenne
Muscular Dystrophy

26 Efficacy and Tolerability of Idebenone in Boys With Cardiac completed Santhera
Dysfunction Associated With Duchenne Muscular Dystrophy Pharmaceuticals

27 Phase 2b Study of PTC124 in Duchenne/Becker Muscular completed PTC Therapeutics
Dystrophy 

28 Longitudinal Study of the Natural History of Duchenne recruiting Cooperative Interna-
Muscular Dystrophy tional Neuromuscular

Research Group

29 Magnetic Resonance and Optical Imaging of Dystrophic and recruiting University of Florida
Damaged Muscle

30 Phase II Study of NPC-14 (Arbekacin Sulfate) to Explore recruiting Kobe University
Safety, Tolerability, and Efficacy in Duchenne Muscular
Dystrophy (NORTH POLE DMD)





31 Phase 2b Extension Study of Ataluren (PTC124) in Duchenne/ terminated PTC Therapeutics
Becker Muscular Dystrophy (DMD/BMD)

32 Study of Ataluren (PTC124®) in Nonambulatory Patients terminated PTC Therapeutics
With Nonsense-Mutation-Mediated Duchenne/Becker
Muscular Dystrophy

33 Revatio for Heart Disease in Duchenne Muscular Dystrophy terminated Hugo W. Moser
and Becker Muscular Dystrophy Research Institute

at Kennedy Krieger, Inc

34 CRD007 for the Treatment of Duchenne Muscular Dystrophy, completed Cardoz AB
Becker Muscular Dystrophy and Symptomatic Carriers

35 Sunphenon Epigallocatechin-Gallate (EGCg) in Duchenne recruiting Charite University,
Muscular Dystrophy Berlin, Germany

36 Safety Study of Flavocoxid in Duchenne Muscular Dystrophy completed University of Messina

3 Tadalafil and Sildenafil for Duchenne Muscular Dystrophy completed Cedars-Sinai Medical
Center

38 Duchenne Muscular Dystrophy Clinical Trial completed Alan Neuromedical
Technologies, LLC

39 Finding the Optimum Regimen for Duchenne Muscular recruiting University of Rochester
Dystrophy

40 DART Electrical Impedance Myography (EIM) Trial in completed Dart Therapeutics. LLC
Duchenne Muscular Dystrophy (DMD) and Healthy Controls

41 Long-term Safety, Tolerrecruiting Kobe Universityability and completed Santhera
Efficacy of Idebenone in Duchenne Muscular Dystrophy Pharmaceuticals

42 Duchenne Muscular Dystrophy < 18y in Norway: Genotype/ recruiting Oslo University
Phenotype, Growth, Puberty, Bone Health and Quality of Life Hospital, norway

43 "An Open-Label, Multi-Center Study to Evaluate the Safety and recruiting Sarepta Therapeutics
Tolerability of Eteplirsen in Patients With Advanced Stage
Duchenne Muscular Dystrophy“"

44 Phase 1 Clinical Trial of rAAV2.5-CMV-mini-Dystrophin Gene completed Nationwide Children's
Vector in Duchenne Muscular Dystrophy Hospital

45 The purpose of this study is to determine the safety of a Not available Not available
miniature dystrophin gene in the treatment of progressive 
muscle weakness due to Duchenne Muscular Dystrophy (DMD).

46 A Phase I Study of Single and Multiple Doses of TAS-205 in recruiting Taiho Pharmaceutical
Patients With Duchenne Muscular Dystrophy  Co., Ltd.

47 The objective of this study is to evaluate the safety and Not available Not available
pharmacokinetic of TAS-205 in patients with Duchenne
Muscular Dystrophy.

48 Biomechanical Analysis of Gait in Individuals With Duchenne ongoing but Shriners Hospitals
Muscular Dystrophy not recruiting  for Children

Sr. Status of the Organization condu-

No. Title of the Research trial cting the research





49 A Six Month Randomized, Clinical Trial of Gentamicin in completed Nationwide Children's
Duchenne Muscular Dystrophy Subjects With Stop Codon Hospital
Mutations

50 A Prospective Natural History Study of Progression of Physical ongoing but Prosensa Therapeutics
Impairment, Activity Limitation and Quality of Life in not recruiting
Duchenne Muscular Dystrophy

51 Allogeneic Transplantation of Human Umbilical Cord enrolling by Allergy and Asthma
Mesenchymal Stem Cells (UC-MSC) for a Single Male Patient invitation  Consultants,
With Duchenne Muscular Dystrophy (DMD) Wichita, Kansas

52 SMT C1100 - A Phase 1b, Open-label, Single and Multiple completed Summit
Oral Dose, Safety, Tolerability and Pharmacokinetic Study in Corporation Plc.
Paediatric Patients With Duchenne Muscular Dystrophy

53 An Open-Label Extension Study to Evaluate the Safety, terminated Acceleron Pharma, Inc.
Tolerability, and Pharmacodynamics of ACE-031
(ActRIIB-IgG1) in Subjects With Duchenne Muscular
Dystrophy

54 Therapeutic Potential for Aldosterone Inhibition in Duchenne recruiting Ohio State University
Muscular Dystrophy

55 Nebivolol for the Prevention of Left Ventricular Systolic recruiting Assistance Publique -
Dysfunction in Patients With Duchenne Muscular Dystrophy Hôpitaux de Paris

56 Phase III Randomized, Double-Blind Study of Prednisone for completed National Center for
Duchenne Muscular Dystrophy Research Resources

(NCRR)

57 A Randomized, Double-Blind, Placebo-Controlled, Multiple Sarepta Therapeutics
Dose Efficacy, Safety, Tolerability and Pharmacokinetics Study
of AVI-4658 (Eteplirsen), a Phosphorodiamidate Morpholino
Oligomer, Administered Over 28 Weeks in the Treatment of
Ambulant Subjects With Duchenne Muscular Dystrophy

58 A Phase 1b Open Label, Single and Multiple Ascending Dose recruiting Halo Therapeutics, LLC
Study to Evaluate the Safety, Tolerability, and Pharmacokinetics
of HT-100 in Patients With Duchenne Muscular Dystrophy

59 The Role of Family Functioning in Promoting Adaptation in completed National Human
Siblings of Individuals With Duchenne Muscular Dystrophy Genome Research

Institute (NHGRI)

60 Exploratory Study of NS-065/NCNP-01 in Duchenne Muscular ongoing but National Center of
Dystrophy not recruiting Neurology and

Psychiatry, Japan

61 A Phase III Double-Blind, Randomised, Placebo-Controlled completed Santhera
Study of the Efficacy, Safety and Tolerability of Idebenone in Pharmaceuticals
10-18 Year Old Patients With Duchenne Muscular Dystrophy

62 A Device for Rapid, Painless, Bedside Muscle Evaluation of recruiting Skulpt, Inc.
Children

Sr. Status of the Organization condu-

No. Title of the Research trial cting the research





63 Myocardial Involvement in Carriers of Duchenne Muscular unknown Hospital Rudolfstiftung
Dystrophy: An MRI-study

64 Duchenne Muscular Dystrophy Tissue Bank for Exon recruiting Cooperative Interna-
Skipping tional Neuromuscular

Research Group

65 An Exploratory Study to Assess Two Doses of GSK2402968 in completed GlaxoSmithKline
the Treatment of Ambulant Boys With Duchenne Muscular
Dystrophy (DMD)

66 An Open Label Extension Study of HT-100 in Patients With ongoing but Halo Therapeutics, LLC
Duchenne Muscular Dystrophy Who Have Completed Protocol not recruiting
HALO-DMD-01

67 A 2-Part, Randomized, Double-Blind, Placebo-Controlled, recruiting Sarepta Therapeutics
Dose-Titration, Safety, Tolerability, and Pharmacokinetics
Study (Part 1) Followed by an Open-Label Efficacy and Safety
Evaluation (Part 2) of SRP-4053 in Patients With Duchenne
Muscular Dystrophy Amenable to Exon 53 Skipping

68 Efficacy Study of Oral Glutamine Supplementation in completed Assistance Publique -
Duchenne Muscular Dystrophy Hôpitaux de Paris

69 Assessment of Cardiopulmonary Function in Duchenne recruiting University of Florida
Muscular Dystrophy

70 A Randomized, Double-Blind, Placebo-Controlled, Phase 3 ongoing but Eli Lilly and Company
Trial of Tadalafil for Duchenne Muscular Dystrophy not recruiting

71 Evaluation of Skeletal Muscle, Cardiac, and Diaphragm completed National Institute of
Imaging Biomarkers for GSK2402968 Effects in Ambulatory Neurological Disorders
Boys With Duchenne Muscular Dystrophy  and Stroke (NINDS)

72 Compare Efficacy of the Angiotensin Converting Enzyme completed Nationwide Children's
Inhibitor (ACEi) Lisinopril With Angiotensin II Receptor Hospital
Antagonist Losartan (ARB) for the Cardiomyopathy of
Duchenne Muscular Dystrophy

73 A Phase 3 Efficacy and Safety Study of Ataluren (PTC124) in ongoing but PTC Therapeutics
Patients With Nonsense Mutation Dystrophinopathy not recruiting

74 Effect of Eicosapentaenoic Fatty Acid(EPA)and enrolling by Coordinación de
Docosahexaenoic Fatty Acids(DHA) Supplementation in the invitation  Investigación en Salud,
Inflammation State and Metabolic Disorders in Patients Mexico
WithDuchenne Muscular Dystrophy or Becker Muscular
Dystrophy

75 Transplantation of Myoblasts to Duchenne Muscular Dystrophy recruiting Centre Hospitalier
(DMD) Patients  Universitaire de Québec,

CHU de Québec

76 DuchenneConnect: An International, Patient-Report Registry recruiting Duchenne Connect
for Individuals With Duchenne/Becker Muscular Dystrophy 
(Member of TREAT-NMD Neuromuscular Alliance)

Sr. Status of the Organization condu-

No. Title of the Research trial cting the research





77 Phase I/II Clinical Intramuscular Gene Transfer of rAAV1. enrolling by Jerry R. Mendell,
CMV.huFollistatin344 Trial to Patients With Duchenne invitation Nationwide Children's
Muscular Dystrophy Hospital

78 An Open-Label, Multi-Center, 48-Week Study With a recruiting Sarepta Therapeutics
Concurrent Untreated Control Arm to Evaluate the Efficacy
and Safety of Eteplirsen in Duchenne Muscular Dystrophy

79 A Phase I/IIa, Open Label, Escalating Dose, Pilot Study to completed Prosensa Therapeutics
Assess the Effect, Safety, Tolerability and Pharmacokinetics of
Multiple Subcutaneous and Intravenous Doses of PRO044 in
Patients With Duchenne Muscular Dystrophy

80 A Multi-center Study to Evaluate the Pharmacokinetics of recruiting Marathon
21-Desacetyldeflazacort and the Safety of Deflazacort After Pharmaceuticals, LLC
Oral Administration of Deflazacort Tablets to Children and
Adolescent Subjects With Duchenne Muscular Dystrophy

81 Magnetic Resonance Imaging and Biomarkers for Muscular ongoing but University of Florida
Dystrophy not recruiting

82 An Open-Label Pilot Study of Pentoxifylline in Steroid-naive completed Cooperative Interna
Duchenne Muscular Dystrophy tional Neuromuscular

Research Group

83 A Multicenter Randomized Placebo-controlled Double-blind completed Cooperative Interna
Study to Assess Efficacy and Safety of Glutamine and tional Neuromuscular
Creatine Monohydrate in Duchenne Muscular Dystrophy  Research Group

84 Profile of Mother-caregivers of Children With Duchenne recruiting Monica Levy Andersen,
Muscular Dystrophy Federal University of

São Paulo

85 An Open-label, Safety Study for Previously Treated Ataluren enrolling by PTC Therapeutics
(PTC124) Patients With Nonsense Mutation invitation
Dystrophinopathy

86 An Open-Label Study for Previously Treated Ataluren (PTC124) enrolling by PTC Therapeutics
Patients With Nonsense Mutation Dystrophinopathy  invitation

87 A Phase II, Double Blind, Exploratory, Parallel-group, completed GlaxoSmithKline
Placebocontrolled Clinical Study to Assess Two Dosing
Regimens of GSK2402968 for Efficacy, Safety, Tolerability and
Pharmacokinetics in Ambulant Subjects With Duchenne
Muscular Dystrophy

88 A Multicenter Randomized Placebo-Controlled Double-Blind completed National Center for
Study to Assess Efficacy and Safety of Glutamine and Creatine Research Resources
Monohydrate in Duchenne Muscular Dystrophy(DMD)  (NCRR)

89 Endomysial Fibrosis, Muscular Inflammatory Response and recruiting University Hospital,
Calcium Homeostasis Dysfunction : Potential Links and Montpellier
Targeted Pharmacotherapy in Duchenne Muscular Dystrophy 
(DMD)

Sr. Status of the Organization condu-

No. Title of the Research trial cting the research





Sr. Status of the Organization condu-

No. Title of the Research trial cting the research

90 A Phase I/II, Open Label, Escalating Dose, Pilot Study to Assess ongoing but Prosensa Therapeutics
the Effect, Safety, Tolerability and Pharmacokinetics of not recruiting
Multiple Subcutaneous Doses of Drisapersen in Patients
With Duchenne Muscular Dystrophy and to Assess the
Potential for Intravenous Dosing as an Alternative Route of
Administration

91 Stacking Exercises Attenuate the Decline in Forced Vital recruiting Children's Hospital
Capacity and Sick Time of Eastern Ontario

92 A Double-Blinded Randomized Placebo Controlled Study of completed Cooperative Interna-
Daily Pentoxifylline as a Rescue Treatment in DMD tional Neuromuscular

Research Group

93 A Double-blind, Escalating Dose, Randomized, Placebo- completed GlaxoSmithKline
controlled Study to Assess the Pharmacokinetics, Safety
and Tolerability of Single Subcutaneous Injections of
GSK2402968 in Non-ambulant Subjects With Duchenne
Muscular Dystrophy

94 An Open-label Pilot Study of Coenzyme Q10 in Steroid- completed Cooperative Interna
Treated Duchenne Muscular Dystrophy tional Neuromuscular

Research Group

95 An Open-label Extension Study of the Long-term Safety, terminated GlaxoSmithKline
Tolerability and Efficacy of GSK2402968 in Subjects With 
Duchenne Muscular Dystrophy

96 An Open-Label, Multi-Center, Long-Term Extension Study recruiting Marathon
to Evaluate the Safety and Tolerability of Orally Administrated Pharmaceuticals, LLC
Deflazacort in Children and Adolescent Subjects With 
Duchenne Muscular Dystrophy

97 A Two-Part Study to Assess the Safety and Tolerability, ongoing but Italfarmaco
Pharmacokinetics, and Effects on Histology and Different not recruiting
Clinical Parameters of Givinostat in Ambulant Children
WithDuchenne Muscular Dystrophy

98 Pilot Study of Cough Peak Flow And Airway Clearance in recruiting University of Pittsburgh
Pediatric Patients With Neuromuscular Disease

99 "An Open-label Extension Study of the Long-term Safety, recruiting Prosensa Therapeutics
Tolerability and Efficacy of Drisapersen in US and Canadian
Subjects With Duchenne Muscular Dystrophy.“"

100 Constipation and Gut Transit in Duchenne Muscular Dystrophy recruiting Children's Hospital
Patients Medical Center,

Cincinnati

101 Comparative Study of Clinical Endpoint in DMD: HHM vs. completed Cooperative Interna-
CQMS tional Neuromuscular

Research Group













         






       





         







       
     




         
       


       
    
























       
  

        
   



 

 


 

 


 

 


 

      



     

 

 



 





    


     
      


 
      

        

      





    
 

 
     
   
 

  


 



 

 

       
     



 
   

        


 


          

 










         
  


 


 
       
 



            

 
        
 



      




    


  




     


      
  



         

        




 





     
    
  



 
   

 

 
  

        


 





         
      




 
  
 




    
     




 
 




          

   
   














      




     




 


        







           



       




    





   

 





  
















     
     
















 






    
 









         

        







          


     


        



         
















    
          


         






       

 

        
      








       



     
       


  







               





    
          




      


   
        
         
 
        
        



       










  





   



        

       




















         
     
 





       
    
        


          
             







   
      
  


        
 



 

      

    




       



     
 









    
     
  




   
    

             
   
            


  


       




         
        




 

       







           

       
        









           


         

    
        
 











     
      
      






         

     


        












      

        






           


        












      

    

  

      
 



     
 
 






    


  

     










 
 
   

 




    
 

   


   
 



 
 

    



   
 

  

  


 
 


  


  
 

    


 

  









   

 
 


      
 









  



 



       
 


     
        
    




  
 




       
         




 

 

  
 

   


      
          


           

 










  
             



 







  
 




 


 




  
 


     


 


          



  
 

     



    
   





       
       


 


  
 



   

 





   


    
 

   


       
        


 



          

    
  
      






 

 










  




 
  

 



 

 




 



 
 



 
 

      



            

   






 
 

  

         






 




        
  






   
 

      
 

 

    

        
   

         







  
  

         


 
       


 


     
      



 





  
       



 
       


      


       



         


             




 

 
          

        


 


        


    
   
         





 

  
 

        


       
 









  






   
 

   


      


 



  
          

          
 

 
  

 
 




 






   
        

 

 








 
        
       
 








    
 

  

 


  

 

     
 

 

 
 

         


           


       
  





 

 
 

         






 


 



 

 



  
   



 

  
 

       
    

          
  


           






 

 
 



   


 




      









 









  
 

          


     
         
  

 



 



    
   



           



    
 



          


         


       
       






       
 



 
    



 

         
  

   
 


 

        
      
   






  
 



 
 



  




 






 





   

   






   
       

       



         




 

 

 


        
  

 
        


    









 






   



    
 
     




       

   



        
  

         


       




         







 

 






  



       
        
      




 
 

        


 

 

 
  





 
 
 


   




 


     
 



 


    








 

         

 




 

       





 

 
 



 


  




 

 




 


  


 





     
 




 

  

 



   







  







   



 

    


 

 










 







 




 

  




 
 



 
 





 



 

        



 

 








       


 

  


  



 

 


 

  





   




 



 





 

   



     





          


  




 

 

 

 

 

 














 





       
 



     


          


         
      


 










    

  

  






 













    



        






 

 







   

   





     






   



  





  











