
GSK’s Clinical Development Plan for DMD – May 2011
GSK is currently conducting three clinical studies to evaluate the effect of the investigational medicine GSK2402968 (GSK’968), formerly known as PRO051, in boys with Duchenne muscular dystrophy, who have a dystrophin gene mutation amenable to an exon 51 skip:

Study DMD114044: A phase III, randomized, double blind, placebo-controlled clinical study to assess the efficacy and safety of GSK2402968 in subjects with Duchenne muscular dystrophy
· The study is designed to assess the efficacy and safety of GSK’968 6mg/kg, once weekly, compared to placebo, for 48 weeks, in ambulant boys with DMD aged 5 years and over.
· It is anticipated that the study will enrol 180 boys from approximately 18 countries (in Asia, Canada, Europe and South America).
· The study is currently recruiting patients. The study is expected to complete in Q3 2012, with study results anticipated late 2012, early 2013.

Study DMD114117: Phase II, double blind, exploratory study of GSK2402968 in ambulant subjects with Duchenne muscular dystrophy
· The study will assess the efficacy and safety of two different dosing regimens of GSK’968, administered over 48 weeks, in ambulant boys with DMD aged 5 years and over.  The pharmacokinetics and tolerability of GSK2402968 will also be studied.
· It is anticipated that the study will enrol 54 boys from Australia, Europe, Israel & Turkey.
· The study is currently recruiting patients. The study is expected to complete in Q2 2012, with study results expected during the second half of 2012.

Study DMD114118: Phase I, double-blind, escalating dose, randomized, placebo-controlled study assessing PK, safety, tolerability in non-ambulant DMD Subjects 
· This study will assess the pharmacokinetics, safety and tolerability of GSK’968 after a single administration, at escalating dose levels, in non-ambulatory boys with DMD. 
· It is anticipated that this study will enrol 32 boys from two investigator sites, one in the US & one in France.
· The study is currently recruiting patients in the US and France. The study is expected to complete in Q4 2011, with study results expected during the first half of 2012.

The inclusion/exclusion criteria, as well as the endpoints and investigator locations for each of these studies are available on www.clinicaltrials.gov (search term ‘Duchenne and GSK’ or ‘GSK2402968’) and on www.gsk-clinicalstudyregister.com.  

Plans for a randomised placebo controlled study in the US are also advancing.  Details regarding the study, including inclusion/exclusion criteria and investigator sites, will be posted to www.clinicaltrials.gov as soon as they are finalised. 

The Phase II, open label extension study (PRO051-02) is also continuing, but is closed to further recruitment. After the dose escalation portion of the study was completed, all 12 boys entered an open-label follow up study in August 2009, in which all received GSK’968 6mg/kg once a week. The 48 week follow-up data from this extension study were presented at the annual meeting of the American Academy of Neurology in April 2011.  Results from the 12 week extension of this study were published in the New England Journal of Medicine in March 2011.   


