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TREAT-NMD overview 
• A “network of excellence” initially funded by the European Union 

(but with global collaborations) 
• Aims to help promising new treatments for neuromuscular 

diseases make the transition from the lab to the patient 
• Not a research project but an 

infrastructure project 
• Creating the “tools” for trial-

readiness in the neuromuscular field 
• Helping researchers and expert 

centres collaborate better 
• Improving patient care worldwide 



Definition 

Standard of care: formal diagnostic and/or treatment procedure a healthcare 
professional follows for a patient with a certain set of symptoms or a specific 
illness.  
 
Standard of Care will follow guidelines and protocols that experts agree as 
the most appropriate, also called “best practice.”  
 
One must take into account that a “standard of care” in one community will 
not necessarily be the same as in another.  
 
Why? 

– To create a level playing field for patients and families 
– To provide a tool to lobby health care providers 
– To provide a basis for the introduction of trials and new treatments 

 



How to Develop Guidelines 
• They must be constructed in an unbiased way from the best available 

evidence: 
 systematic review of individual research articles and meta-
 analyses 
 use current standards for the evaluation and grading of the 
 scientific quality of individual articles, systematic reviews, meta-
 analyses 
 use current standards for the validation of guidelines using 
 published evidence and additional inputs 
 
• To ensure a broad-based understanding and acceptance, should include a 

wide variety of stakeholders.  
• Must be scrupulously constructed, free of bias and conflict of interests, 

and, trustworthy. 
 



International Collaboration on Care Standards 

• CDC (USA) mandated to address MD 
Care (2005) 

• Input from international patient 
organisations 

• Co- working with TREAT-NMD to 
ensure full international relevance of 
results 

– Dissemination through network resources 
including patient registries and network of trial 
and care sites 

www.treat-nmd.eu 



Consensus Generation via Expert Groups and RAM (rapid 
assessment) methodology 

• Key areas of clinical management 
identified in 8 disciplines 

• >80 experts went through a three stage 
process of generating recommendations 

• Personnel and “toolkit” defined for 
optimal care 

• Direction for care in specific scenarios 
generated from results of consensus 

• Multidisciplinary care key issue, need for 
experience and co-ordination of care 

• Management geared to the specific stage 
of condition 
 



What does multidisciplinary care for DMD look like? 



Inputs need to be aligned 
with disease progression in 

DMD 



Thanks to the CDC team, publications committee and working group! 

Publication date: Lancet Neurology, January and February 2010 



Construct Standards of Care / Guidelines for Duchene Muscular 
Dystrophy  

• Why is management of DMD important? 
• What are the components of quality care? 
• What are the pivotal points in disease progression to 

recognise and plan for? 
• What is the toolkit and the team who are required? 
• What resources are available to support this? 
 



Why is management of DMD important? 

• No cure- but no reason for 
nihilism either 

• Life-long conditions, patients 
need to be empowered to 
understand their care needs 

• Frequently simple principles 
underpin interventions which 
may extend life expectancy and 
enhance quality of life 

• Overarching aim of medical 
management is to anticipate 
and manage problems to 
facilitate participation in 
normal life 



How do we know this makes a difference? 
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What are the components of quality care? 

• Knowledge 
• A lifelong anticipatory 

approach 
• Patient centred (nothing 

about me without me) 
• A holistic attitude 
• Multidisciplinary 

approach with different 
skill sets represented and 
available when needed 



Knowledge 

• Experience 
• Expert guidelines 

– ENMC publications 
– TREAT-NMD website 

• DMD, SMA, CMD including family 
guides 

• Cochrane reviews 
• Rare diseases: RCTs and cohort 

studies typically impossible or 
require international approach 

• Rare disease perspective: Centres 
of expertise and reference 
networks will be required to 
generate and utilise high level of 
quality guidance 
 



Neuromuscular management 

• Aim 
– The optimal maintenance of 

muscle strength and function 
– Facilitate participation, access 

to education, employment, 
fun 

– Involves the NM specialist, 
physiotherapy, occupational 
therapy, rehabilitation 
medicine, orthotics, 
wheelchair services…… 

– Few established 
pharmacological treatments 

 
 



Regular monitoring to target pharmacological 
interventions – impact of steroid use in DMD 

• Prolongation of ambulation  
• Prevention of scoliosis 
• Improved respiratory function 
• Longer self feeding 
• ? cardioprotective 

• Short stature 
• Delayed puberty 
• Osteoporosis and vertebral 

fracture 
• Cataract 
• Metabolic issues…. 



Impact of steroid use in DMD and its monitoring 

• Prolongation of ambulation  
– Functional scales, timed 

testing 
• Prevention of scoliosis 

– Serial assessment 
• Improved respiratory 

function 
– Serial assessment 

• Longer self feeding 
– Non ambulant assessment 

• ? Cardioprotective 
– Cardiac follow up 

• Short stature and weight 
gain 
– Measurement, referral for 

dietetic advice 
• Delayed puberty 

– Endocrine assessment 
• Osteoporosis and vertebral 

fracture 
– Bone health 

• Cataract 
– Ophthalmological 

assessments 
• Metabolic issues…. 
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DMD Care Recommendations  

Consensus process 
 
 

Scientific publication 
 
 

Family guide 
 
 

Care providers 
Patients/Families 

? 
? ? 



CARE-NMD 
• Bring together care centers in a reference 

network for care of patients with DMD 
• Evaluate current treatment practices & impact 

of care on quality of life 
• Implement care recommendations 
• Part EAHC-funded  
• 7 funded partners, led by University Medical 

Centre, Freiburg (DE) 
• Coordinator Janbernd Kirschner 
• Many unfunded partners including patient 

organizations in 22 countries 
• Program can be rolled out to other interested 

countries (for instance: Japan) 

Improve quality of 
life for people living 

with DMD 

 



CARE-NMD 
Current treatment situation 
 
• Although guidelines are published many patients do not receive recommended 

treatment for many reasons 
– Treating health professionals are not trained adequately 

– No access to reference centres 

– No resources for treatment according to recommendations 

 
• Quality of life and life expectancy varies significantly 

 
• Few data available concerning health services for DMD 

 



For more information…  
 stephen.lynn@ncl.ac.uk 

 

www.treat-nmd.eu 
www.care-nmd.eu 
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