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DUCHENNE MUSCULAR DYSTROPHY PROGRAMME DATA ACCEPTED FOR 
PUBLICATION IN LEADING SCIENTIFIC JOURNAL 
 
Oxford, UK, 5 May 2011, Summit (AIM: SUMM), a UK drug discovery Company with a portfolio of drug 
programmes and an innovative Seglin

TM
 technology platform for the discovery of new medicines, 

announces that the efficacy data report on its drug candidate SMT C1100 for the treatment of Duchenne 
Muscular Dystrophy (‘DMD’) has been accepted for publication in the leading peer reviewed scientific 
journal PLoS ONE.   
 
The publication entitled “Daily Treatment with SMT C1100, a Novel Small Molecule Utrophin Upregulator, 
Dramatically Reduces the Dystrophic Symptoms in the mdx Mouse” highlights Summit’s small molecule 
drug candidate as a potential disease modifying treatment that would benefit all DMD patients, regardless 
of their specific genetic mutation. 
 
The publication reports the work conducted by Summit along with two independent academic research 
groups that included the work conducted by Professor Dame Kay Davies, FRS, at Oxford University.  
Professor Davies is a world leading expert who has pioneered utrophin upregulation as a therapeutic 
approach for DMD.   
 
Additional information about Duchenne Muscular Dystrophy and SMT C1100 is available at: 
http://www.summitplc.com/DMD-utrophin-upregulation.aspx 
 
The full original publication will be available on the PLoS website, www.plosone.org. 
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Notes to Editors 
 
About Duchenne Muscular Dystrophy and Utrophin Upregulation 
Duchenne muscular dystrophy is a fatal neuromuscular disorder that affects 1 in 3,500 boys with an 
estimated patient population of over 40,000 in the developed world.   
 
DMD is caused by a genetic defect meaning DMD patients lack an important protein called dystrophin, 
which is crucial to maintaining muscle integrity and function. The absence of dystrophin results in 



 

extensive muscle wasting in all voluntary muscles as well as the heart and breathing muscles and causes 
severe restriction in the mobility of DMD patients by their early teens and is ultimately fatal, generally in 
their twenties. Currently there is no cure for DMD; corticosteroid treatment is the only frontline therapy 
and acts to only delay the progression of the disease. 
 
Summit has identified SMT C1100, a proprietary, orally available small molecule with a novel mechanism 
of action for DMD. SMT C1100 acts to modify the progression of DMD by replacing dystrophin with an 
endogenous, functionally similar protein called utrophin. Summit believes the primary advantage of SMT 
C1100 is that it offers the potential to treat the entire DMD patient population. 
 
Due to the low patient population and high unmet medical need, DMD is designated as an orphan 
indication by the regulatory agencies. Orphan products can expect to receive additional regulatory 
support and accelerated approval in addition to seven and ten years of market exclusivity in the US and 
EU respectively upon designation by the FDA and the EMEA. 
 
About Summit 
Summit is an Oxford, UK based drug discovery company with an innovative technology platform called 
Seglins

™
 for the discovery of new medicines, a portfolio of drug programme assets and a commercial 

strategy of signing multiple early-stage deals. 
 
Seglin

™
 technology is using new chemistry to access biological drug targets that cannot be exploited by 

conventional drug discovery approaches.  Summit’s internal research is currently focussed in the high-
value therapy areas and the Company will further exploit the technology’s wider potential through 
strategic alliances.  Summit’s programme portfolio consists of a number of drug programmes targeting 
high-value areas of unmet medical need including Duchenne Muscular Dystrophy and C. difficile 
infection. 
 
Summit is listed on the AIM market of the London Stock Exchange and trades under the ticker symbol 
SUMM.  Further information is available at www.summitplc.com. 
 


