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Fast and reliable performance:
what we’ve done

Clinical trial Financial year (FY) 24/25
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Specialisation and innovation: what’s next

Folicy paper

Rare therapies and UK regulatory
considerations

Publishrd 2 November 2075

National Commission into
the Regulation of Al in

Healthcare

Incorporating
new approach
methodologies in
the development
of new medicines

MHRA asks for views on proposed
guidance to support the safe

Rare therapies

Alinnovation and leadership

Novel Approach Methodologies

Iwas heartened to read the recent
MHRApaper which lays out a new
vision for rare disease therapies.
These reforms will speed up the
time from discovery to delivery,

PeLonahs ed pathways and these changes directly give

regulation of new personalised cancer families like mine hope for a

therapies

brighter future.

90day ﬁI'St assessment fOI' NAS Chris Kessler, parent of Charlie




Regulatory Thinking and next steps

Rare Diseases: A lifecycle framework that

accelerates access, preserves rigour, and Personalised Immunotherapies: Dratft
aligns the system || guidance published with consultation

completed. Updates on the product design to
include GMP control of Al process steps, with
final publication expected in Q2 2026

Draft Workflow for illustration purposes

Finalisation if needed Underpinning concepts being developed:

Transition to Post-
Authorisation Oversight

technology-agnostic to enable proportionate
regulation using risk-appropriate evidence, prior
Conversion to MA,

esticton orvindreval and predictive knowledge, with platform
Lsion




The Rare Therapies Launch Pad (RTLP) Rarﬁ&ﬁéﬁ%gg

The RTLP aims to establish a
scalable and sustainable new
pathway for individualised
medicines, focusing on
putting in place an
innovative regulatory and

reimbursement system to
allow for rapid access to
anyone who could benefit.




e Rare Therapies
RTLP Mission and Collaborators RS

« The RTLP is a multi-stakeholder consortium working to support the sustainable and equitable build of
the necessary infrastructure and processes to deliver individualised genetic therapies at scale:

> Allow patients with no/few existing options to gain rapid access to cutting-edge science
» Condition, age and treatment modality agnostic
» Facilitate the switch from research innovation to patient freatment with iterative learning

« Goals and ambitions outlined in Nature Medicine in 2025

« Contributing to the England Rare Diseases Action Plan 2025-27
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Rare Therapic
RTLP Governance Structure are STares

__________________________________________________________________________________________________________________________________________________________________________________

Monthly [ Board of Directors ]
meetings

—

[ RTLP Exec. Director /Programme Lead

Steering Committee
Monthly Membership: RTLP Programme Lead (Chair), Working Group Chairs
meetings Additional / ad hoc contributors included on agenda driven basis

J ! ) L
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. . Innovation &
meetings . Vq(lqni. Regulatory Reimbursement Development Centres |
identification )i
Working Groups :
\_ Membership: expertise-based selection from Consortium members Y, §

Bi-annual i
meetings RTLP Consortium

Representing all contributors to the programme




: : Rare Therapies
RTLP Objectives Launch Pad

Establish a new end to end pathway: Define resources, infrastructure, and data - applicable across
conditions and therapeutic modalities — that can enable the shift from research to freatment with

iterative learning.

* Map Stakeholder Responsibilities: Clarify roles for clinicians, families, industry and manufacturers

researchers, the NHS, regulators, and payers, with appropriate risk and accountability sharing.

» ldentify Policy Gaps: Highlight where policy, regulatory, or legislative updates are needed, especially

around oversight, access, and implementation.

» Position the UK as a global leader in the development and access to genetic medicines: partner with
innovators, manufacturers and clinical delivery teams to create the tools and ecosystem for world-
leading, fimely and sustainable reimbursable access to individualised medicines, grounded in robust

quality, ethics and compliance.



RTLP consensus position statements Rare Therapies
Launch Pad

 Existing Regulatory frameworks do not fully achieve the mandate
to protect public health, as access 1o life-saving technologies is
being impeded for patients with unique or extremely rare
mutations

* To be an enabler of innovation, we believe that a significant
change in regulatory process could be the driving force for
change, and allow patients access to the freatments they
desperately need

* There is an urgency to develop a new pathway due to the high
unmet medical need and the mismatch between what is
technically feasibly with 215t century science and what is currently
available

* RTLP considers that the regulatory framework must be responsive
and conducive to the evolving landscape of personalised
medicine, facilitating innovation and safe patfient access



) Rare Theraﬁi’?zs
We have the tools to bulld on Launch Pad

We can borrow from existing precedents, e.g. stem cell fransplant settings, where clinical centres
of excellence allow for individualised, adaptable risk assessment and consent processes:

» Adjust risk-tolerance to individual priorifies in the context of life-limiting or fatal rare diseases
Designated (accredited) Individualised Medicines Centres treating patients within pre-defined
health system parameters:

« Can be informed by prior evidence and experience

« Enable opportunities for data extrapolation across platform technologies and basket /
umbrella protocols

» Allow for proportionate regulatory and access flexibilities

A system of accreditation agreed collectively by the health system could provide accountable,
reimbursable process within a mandatory central framework for data collection and iterative
learning.
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