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UK provisions for accessing experimental 
treatments

Medicines Medical devices and implants

• Specials Exemption (EU 
Compassionate Use)

• Early Access to Medicines Scheme

• Exceptional Use
• In-house Exemption

Advanced therapies All

• Hospital exemption
• Specials exemption

• Research
• Off-label prescribing
• Emergencies



Equity of access issues
• Not standard practice for NHS to 

fund experimental treatments
• Variations between regions & 

countries
• Cancer Drugs Fund 
• Sometimes funded by 

manufacturer
• Crowdfunding – but not always 

enough



Challenges for decision making
• Uncertainty about safety and 

efficacy
• Highly stressful situations
• Doctor-patient dynamics
• Online information and language
• Marketing activities
• Conflicts of interest





UK law and guidance says….

• Treatment & care decisions should be made in best interests of child
• Parents must consent to any intervention
• No obligation on doctors to provide treatment they do not believe is 

in child’s best interest 
• Upshot: Doctors and parents should ideally agree on care and 

treatment through process of shared decision making

What happens when they disagree?
Discussion, second opinions, clinical ethics advice, mediation, court



Charlie Gard, 2017
• Mitochondrial disease
• Nucleoside therapy
• Crowd-funded £1.2M
• Hospital decided not to 

support trial
• Judges decide in favour of 

hospital
• Charlie’s life support 

withdrawn

Ashya King, 2014
• Brain cancer
• Proton therapy
• NHS decided not to fund
• Parents took Ashya abroad 

and arrested
• Court ruled for parents 
• Ashya has therapy in Prague
• Ashya cleared of cancer



What’s at the root of disagreements between 
parents and healthcare staff?

1. Communication issues
Conflicting messages, language, break down of trust

2. Differing perspectives
On justifiable risks, on value of life, on who should decide

3. Feelings of powerlessness
Parents excluded, staff not supported

4. Delays in seeking help
Mediation, clinical ethics committees, palliative care specialists



Also – the social and cultural context

• Advances in medicine
• Avoidance of talking about death and dying
• Online medical information
• Religious and cultural differences
• NHS financial pressures
• Media and social media





How can disagreements be avoided or 
resolved more quickly?

1. Good communication between 
families and staff 

2. Involvement of parents in discussions 
and decisions 

3. Timely use of effective resolution 
interventions 

4. Attention to profound psychological 
effects on families and staff



Charlie’s Law

• Proposes to allow parents to seek ‘disease modifying’ treatment if 
there is a reputable institution willing to provide it and it does not 
cause child significant harm

• If a risk of significant harm, a court could be asked to decide what’s in 
the child’s best interests 

• Analogies with care proceedings
• Threshold of significant harm was rejected in the case of Alfie Evans, 

2018
“not consistent with the founding rule of best interests”
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