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UKHCDO Gene Therapy National Panel: Terms of Reference
1. Purpose
The UK Haemophilia Centre Doctors’ Organisation (UKHCDO) Gene Therapy National Panel for Haemophilia B is established to provide expert, consistent, and equitable national clinical advice on the eligibility and appropriateness of gene therapy for individual patients with haemophilia B across the NHS in England and the 3 devolved nations.
2. Objectives
· To provide clinical advice and expert opinion on complex or borderline referrals for haemophilia gene therapy.
· To support clinicians by offering multidisciplinary input on individual cases where concerns or uncertainties arise.
· To promote equitable and consistent use of NHS-funded gene therapy across the UK.
· To contribute to safe and effective implementation of gene therapy by supporting data collection, outcomes review, and feedback.
· To provide support and advice for both the hubs and spokes regarding complications following gene therapy administration including gene therapy treatment failure according to the pre-defined criteria.
3. Scope
The Panel will:
· Offer advisory opinions on referrals from the haemophilia comprehensive care hub and spoke centres.
· Provide input on clinical, psychosocial, or other relevant aspects of complex or uncertain cases.
· Support referring clinicians in interpreting national eligibility criteria and applying them to individual patients.
· Serve in an advisory capacity only and will not hold authority to approve, reject, or authorise treatment.
· Share experience and learning of gene therapy between hubs and spokes.
· Liaise with NHS England and devolved nations’ commissioners as required.
4. Membership
The panel will consist of:
· Designated consultant haematologists from the regional gene therapy hubs and spokes with expertise in haemophilia.
· Clinical nurse specialists and/or allied health professionals. 
· Other experts as appropriate.
· Representation from centres who have a patient being worked up or treated with gene therapy within the last year.
· Secretariat/administrative support provided by UKHCDO.
· Commissioner representation.
Members will be appointed by UKHCDO based on clinical expertise, experience, and representation across UK regions.
5. Quorum and Meetings
· A minimum of 3 core members must be present, including at least 2 consultant haematologists from different hub centres.
· Meetings will be held monthly or as needed, either virtually or in person.
· Emergency or out-of-cycle reviews may be conducted as required.
6. Referral Process
· Referrals to be submitted using a standardised national referral form.
· Referrals must include clinical history, laboratory results and a centre-specific treatment plan.
· The Panel will provide a written advisory opinion to the referring centre within an agreed timeframe (typically 10 working days of the meeting).
7. Governance and Accountability
· The Panel reports to the UKHCDO Executive Committee and NHSE.
· All recommendations will be recorded and made available for audit and review.
· The Panel will work in alignment with NHS England’s service specifications, NICE guidance, and MHRA regulatory frameworks.
· All advice and patient data will be handled in accordance with GDPR and NHS information governance standards.
8. Confidentiality
All members must adhere to strict confidentiality agreements. Patient information will be anonymised and stored securely.
9. Review
These Terms of Reference will be reviewed annually or earlier if required due to changes in clinical guidance, regulatory approvals, or commissioning arrangements.
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