
Standards of care for DMD

Prof Kate Bushby

University of Newcastle, UK

www.treat-nmd.eu

On behalf of the CDC care considerations group

http://www.treat-nmd.eu/
http://www.treat-nmd.eu/
http://www.treat-nmd.eu/


PRESENTATION TITLE

SECOND LINE

Appropriate management improves survival in 

DMD
• DMD is a treatable disease

 Predictable complications in 
different systems

• Steroids prolong ambulation and 
delay the onset of other 
complications

 In conjunction with physiotherapy 
regimes

• Respiratory support is proven to 
improve life expectancy with 
maintenance of a good quality of 
life

• Cardiac surveillance and treatment 
is likely to have similar benefits

• Multidisciplinary management is 
key
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Challenges of an adult DMD population
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Best practice document for care for DMD

• Why?

 Not all families have access to 

optimum management

 The weight of international consensus 

can help to create a level playing field 

for patients and families

 Provision of care for DMD should not 

be a lottery

 To provide a tool to lobby health care 

providers

 To raise standards across the board

 To encourage excellence and further 

clinical research

 To provide a basis for the introduction 

of trials and new treatments
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Best practice document for care for DMD

• How?

 Gather evidence from literature where this 

exists

 Assemble expert panels

 Ensure representation as broad as possible

 Use an unbiased method for building 

consensus

o RAND/ UCLA appropriateness method 

(RAM)

 “Joined up thinking” for dissemination and 

implementation

 Consistent message
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Consensus generation via expert groups and RAM 

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

• Multidisciplinarity key issue, need for experience and 

co-ordination of care

• Management geared to the specific stage of condition
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Core implications: the multidisciplinary toolkit



Core implications:

Stage specific care



Care into the clinic

• Determine the current levels of care and 

barriers to improvement

• Introduce a programme of training and 

education

 Current translation of family guide into 

>20 languages

• Monitor levels of improvement clinically and 

with patient satisfaction

• Redefine natural history to inform the 

development of therapies

• See CARE-NMD workshop!

Dr J Kirschner



PRESENTATION TITLE

SECOND LINE

What next?

• The publications reflect the content of the service 

definition for NMD

 Which needs to be properly supported across the UK

 NICE guidelines?

• We have a starting point for training, education and 

further research into best practice

• Family guide available and being disseminated by 

patient organisations

• Build on current infrastructure

• Consolidate the practice of multidisciplinary care 
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Thanks to the CDC team, publications committee and working groups and

the family guide working group (MDA, PPMD, TREAT-NMD, UPPMD)

Publication date: Lancet Neurology January and February 2010


