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Duchenne Muscular Dystrophy: 
Palliative Management and Transition 

to Adult Services 
Dr Emily HARROP

Consultant in Paediatric Palliative Care (Oxford) 
Medical Director Helen & Douglas House  

Introduction 

• Current Management of Duchenne Muscular Dystrophy

• Referral to Paediatric / Adolescent Palliative & Supportive Care

• Long Term Ventilation & difficult decisions

• Transition to adult services 

• Voices of the Young People
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Disease & Current Management 

Survival Improvement 
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Cause of Death 

Causes of death in DMD patients. On the left the mean age for cardiac or respiratory causes is 

reported; on the right the mean age of death in ventilated versus non-ventilated patients.

Typical Current Treatment

• Corticosteroids – delays loss of walking but has significant side effects;  growth 
retardation, bone thinning, mood swings and weight gain

• Cardiac monitoring – regular ECHOs and early ACE inhibitors (annual review)

• Respiratory monitoring – Sleep studies annually, early nocturnal NIV

• Spinal Surgery – to maintain seated position and improve respiratory effort 

• Gastrostomy – to support optimal nutrition 

• Bone fragility management – non-weight bearing, steroid use, less time 
outdoors  - important to avoid pathological fractures 
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New & Emerging Treatments 
• Disease modifying Treatment: Ataluren (Translarna) 

• NICE have made this available to boys over 5 years who can still walk and 
have a nonsense mutation in the dystrophin gene (since 2016).

• Restores synthesis of dystrophin by allowing ribosomes to read through 
premature stop codons

• Typical cost >£200,000 per year – clinical benefit ‘moderate’
• https://www.nice.org.uk/news/article/nice-publishes-final-guidance-

recommending-ataluren-for-children-with-duchenne-muscular-dystrophy

• Gene Therapy Potential
• Dystrophin is a huge gene and difficult to insert in to a viral vector. 
• Microdystrophin has been developed and can produce a shortened but 

effective dystrophin protein in research settings  / early phase trials 
• https://musculardystrophynews.com/2018/06/22/microdystrophin-gene-

therapy-shows-promise-early-trial-results/
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Referral to Palliative Care 
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Typical Disease Progression 

Referral to 
Paediatric 

Palliative Care 

Transition 
towards adult 

services 

?

Some patients now 
surviving in to 40s or 

even 50s

?

Children’s Hospices 

• DMD patients 17% of the UK Children’s Hospice population 

• >70% of admissions are planned for respite or medical review 

• In Thames Valley, commonest age at referral 10-12yrs 
• Half were on NIV at referral

• 1/3 had had spinal surgery 

• 36% were on cardiac medication 

• 15% had had PICU admissions

• Triggers to referral were more to do with disease progression than 
acute admissions to PICU 
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Children’s Hospices 

• Younger, mobile patients ? ‘harmed’ by hospice environment? 

• Negative impact on aspirations? 

• Despite this many patients are ‘frail’ in adolescence and need to be 
identified 

• Helen & Douglas House have recently been working on a traffic lights 
based tool 
• Children who are ‘green or ‘yellow’: social events, youth work, family support

• Children who are ‘amber’ or ‘red’: respite in House, ACPs, stepped discharges,  
and maybe end of life care 

Motor Function 

• Stable motor function 

• Worsening / unsafe gait

• Manual wheelchair in use several times a week

• Electric wheelchair user 
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Spinal Deformity 

• Mild scoliosis

• Moderate scoliosis pre-surgery

• Spinal surgery (time around planned surgery may be a good time to 

refer) 

• Surgery declined due to other vulnerabilities 

Cardiac Compromise 

• Normal ECHO – annual review only

• ACE inhibitor therapy for treatment rather than prophylaxis 

• Second line cardiac medication added 

• Significant reduction in left ventricular ejection fraction 

13

14



11/02/2020

8

Respiratory Function 

• No symptoms of hypoventilation, no prolonged chesty illnesses, and effective 
cough

• Prolonged chesty episodes treated at home

• Hospital admissions for chesty episodes

• Adjuncts for secretion management used: Lung Volume Recruitment Bag / 
Mechanical Insufflation-Insufflation (Cough Assist) device

• Non-invasive ventilation at night

• Non-invasive ventilation for increasing hours of the day

• Dependent on 24hr non-invasive ventilation 

• Tracheostomy ventilation

Weight / Nurition

• Able to eat & drink unassisted, no concerns about safety of swallow, 

normal height & weight for age

• Weight >90th centile or <10th centile for age

• Dependent on enteral tube feeding (including overnight)

• Signs of gut dysfunction affecting nutritional status 
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Paediatric Critical Care 

• No critical care stays

• Elective admission for planned intervention prolonged by 

complications

• Unplanned admission

• Multiple / prolonged unplanned admissions  

References for the tool 

1. Duchenne Muscular Dystrophy: Patterns of Clinical Progression and effects of supportive therapy . Brooke M et al (1989) 
Neurology 39(4):475-81

2. Profiles of Neuromuscular Disease. Duchenne Muscular Dustrophy.
Mc Donald et al (1995) Am J Phys Med Rehabil 74(5 suppl): S70-92

3. Survival of Patients with Duchenne Muscular Dystrophy.
San Martin P, Solis F & Cavada G (2018) Rev Chil Pediatr 89(4):477-483 

4. Update on the Management of Duchenne Muscular Dystrophy. 
Manzur AY, Kinali M & Muntoni F (2007) Arch Dis Child 

5. Disability and Survival in Duchenne Muscular Dystrophy.
Kohler M et al (2009) J Neurol Neurosurg 80(3): 320-325 

6. Managing Duchenne Muscular Dystrophy: The Additive Effect of Spinal Surgery and Home Nocturnal Ventilation in Improving 
Survival. Eagle M, Bourke J, Bullock R, Gibson M, Mehtaa J, Giddings D et al.(2007) Neuromuscular Disorders 17: 470–475.

7. Hospice provision and usage amongst young people with neuromuscular disease in the United Kingdom . Fraser LK, Aldridge J, 
Manning S, O’Leary S, Miller M, McCulloch R et al (2011)  European Journal of Paediatric Neurology 15: 326-30.

The tool was also peer reviewed by Dr Jeremy Hull, Prof Anita Simmonds, Hayley Ramjattan, Dr Alison 
Shefler, Dr Sithar Ramdas, Dr Alex Jones, Prof Laurent Servias, and the Helen House referral team 
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LTV & Difficult Decisions 

Long Term Ventilation 

• The use of long-term ventilation is growing in the UK almost exponentially

• Cost effectiveness to the NHS has NOT been assessed by NICE

• Burdens < benefits when used as a ‘bridge to recovery’

• Less clear when likely to be ‘destination therapy’

• Long-term ventilation DOES improve survival in progressive conditions 
such as neuromuscular disease – but at what cost, and where is the ‘ceiling 
of treatment’? 

Long-term ventilation (LTV) is considered as mechanical support for breathing in a 
medically stable patient, regardless of interface, for all or part of the 24-hour day
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Specific Considerations 

• Need for regular airway suction – distressing?

• Discomfort related to ventilator asynchrony

• Complications related to the tracheostomy site

• Possibility of a ‘locked in state’ with no motor 
activity 

• Stays in hospital of 9-12 months minimum 

• Inability to fill care packages 
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Shared Decision Making 

• A process, not a single meeting 

• Clinician knowledge dovetailed with 
family values, beliefs, and expectations

• Open, non-judgemental communication 

• ‘What could success look like?’

• What would be a worst case scenario?

• Acknowledge the difficulty of the decision

• Honest account of what life is like with 
LTV 

How do families feel at home? 
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NRLS Incident report analysis

• National Reporting & Learning System (NRLS) – repository of patient 
safety incidents from NHS organisations in England and Wales (NHS 
Improvement) 

• 217 paediatric community incidents between Jan 2013-Dec 2017 
(4015 including inpatients) 

• Clear themes identified and used to guide the work within AHSN 

• Significant numbers of incidents resulting in actual harm 
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Identified Themes 

Harmful Outcomes 

87 cases of clearly stated harm
118 potential harm 
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Transition to Adult Services 

Chronic Illness in Adolescence 

29

30



11/02/2020

16

Key Differences from Paediatrics

Lucy Watts MBE 

So how should Transition look?

Lucy Watts MBE 
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What about Parents?

L

Lucy Watts MBE 

Our ‘bereavement’ 

• Medically supported short breaks

• Opportunities: Festivals, sports matches, night clubbing, parties in House 

• Symptom Management 

• Care Coordination

• End of Life care 

Douglas House 2004-2018 RIP
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Helen & Douglas House Toolkit

• Toolkit drawing on the 
first decade of 
experience running 
Douglas House

https://www.helenanddouglas.org.uk/wp-content/uploads/2018/01/hdh-transition-and-beyond-
toolkit.pdf

Age Appropriate Environment
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Sexuality 

‘Adult’ activities 
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So what went wrong at DH?
• Commissioned funding from health and social care was significantly 

less than anticipated

• Charitable giving for the care of disabled young adults is very limited –
they are perceived as ‘independent’ and ‘less in need’ that dying 
children

• This may suggest that the ‘ideal’ in-patient age appropriate setting is 
currently not viable without changes in government policy…..

Active Transition Support
• Dedicated full time Youth & 

Transition Worker post

• Associate Specialist Doctor post 
in Youth & Transition

• #Network Saturdays

• Dougie’s Den (Teen Space) 
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NICE Guidance (NG43)

Key Guidelines

• 1.2.6 Named key worker

• 1.3.4 Give young people and their parents information about what to 
expect early enough (School Year 9)

• 1.1.5 Services should work together

• 1.2.4 Hold an annual meeting to review transition planning 

https://www.nice.org.uk/guidance/ng43

NICE Quality Standards (QS 140)

• QS 1: Young people who will move from children's to adults' services 
start planning their transition with health and social care practitioners 
by school year 9 (aged 13 to 14 years), or immediately if they enter 
children's services after school year 9.

• QS 2: Young people who will move from children's to adults' services 
have an annual meeting to review transition planning.

• QS 3: Young people who are moving from children's to adults' 
services have a named worker to coordinate care and support before, 
during and after transfer. 

https://www.nice.org.uk/guidance/qs140
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NICE  QS 140 

• QS 4: Young people who will move from children's to adults' services 
meet a practitioner from each adults' service they will move to before 
they transfer.

• QS 5: Young people who have moved from children's to adults' 
services but do not attend their first meeting or appointment are 
contacted by adults' services and given further opportunities to 
engage.

https://www.nice.org.uk/guidance/qs140

Improving Transitions for Young People 

• TfSLs funded ten projects to address the ‘cliff edge’ in care

• Aim to test different approaches to transition:
• Volunteers matched to young people in last year of school - signposting

• RCGP –Positive transitions in Primary care project  - communication 

• Council for disabled children - expert parent program 

• Sexuality Alliance (Hospice UK)  - video resources 

• Specific organisational projects
• Sunderland Royal Hospital  / Royal Devon & Exeter Hospital 

• Ty Hafan (transition hub)/ St Elizabeth’s Hospice / St Oswald’s (engaging GPs)

• Final evaluation due Autumn 2021
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Voices of Young Patients 

TfSLs Focus Group for NICE

• 14 young people with LLC aged 12-18 (7 male, 7 female)

• Conditions included SMA, DMD, cancer, CF, as well as other rare 
degenerative diseases

• Interviewed in hospice or at home – focus groups and individual 
interviews (Bristol, York, London) 

• All had capacity to consent

• Predefined themes were developed with the NICE Guideline 
development committee (including our lay members) 
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Over-arching themes
• Seeing us as an individual

• Most were keen to be involved in care planning – but preference varied 
• Providing timely, personalised information

• Recognising individual needs and preferences
• Participants needs for information varied and changed over time 
• Involvement in planning conversations to the extend desired (only!)

• Quality of care
• Continuity of relationships – particular concerns around transition 
• Feeling heard – not having to repeat oneself / have the same conversation twice
• Desire to have access to a ‘specialist’ with specific knowledge of their condition 

• Emotional well being
• ‘Talking to others’ usually seen as helpful but some expressed and unmet need for this 

• Living as a young person 
• Access to own technological devices with which to communicate 
• Own peers identified as a useful source of information 

Quotes – Seeking information
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Quotes - Controlling information

(with reference to searching on-line)

Last word to Lucy Watts…

https://www.lucy-watts.co.uk/
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Questions? 
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