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Enhanced use of oncology-relevant endpoints
(OREs) in HTA / payer decisions can expedite
access to beneficial medicines, optimise patient
outcomes, and potentially cut healthcare costs

»
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Progress in using OREs beyond OS requires
stakeholder collaboration to overcome
obstacles, ensuring HTA / payer decisions lead
to optimal patient outcomes

Background

Results (cont.)

» Overall survival (OS) is a robust and clinically relevant measure of importance to 2b. Classitication of OREs

patients that is universally accepted as evidence of the value of a medicine, especially

_ « Endpoints used in clinical trials can be classified according to the outcome types they
for HTA bodies / payers

are intended to measure. They can be broadly considered to measure time to event
and response rates. In addition, PROs provide disease-agnostic, tumour-specific or

 However, reliance on OS in HTA body / payer decision-making for novel cancer -
symptom-specific measures

medicines presents limitations

OREs include OS, other clinical endpoints and PROs that capture outcomes of high
Importance in a given cancer type

Time to event

Time from randomisation until occurrence of a
pre-defined, disease-specific event

The proportion of patients who achieve a pre-
defined outcome In response to a treatment;
can be complete response, partial response or
stable disease

Information on the impact of disease,
symptoms or treatment on patient’'s Qol;
participation in activities of daily living and
healthcare resource use
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This research aims to better understand the role of OS and other ORES In decision-
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4. Suggest a set of cross-stakeholder and individual stakeholder actions to help ensure
timely access to medicines that provide benefits to patients
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A significant obstacle to wider ORE adoption beyond OS in regulatory
and reimbursement decisions is the doubt about their ability to
accurately measure the value of new medicines and the sustained
benefit to patients and healthcare systems by meeting these endpoints

Results
1. Challenges and drawbacks related to the use of OS

« Extending OS remains highly important across cancer types and stages, particularly in
cancer settings where survival remains a high unmet need and OS data is more readily

available There is misalignment between stakeholder groups on the value of

oncology-relevant endpoints; for example, regulators are more
accepting, whereas many HTA bodies / payers continue to rely
predominantly on OS

Key barriers include
HTA/payer uncertainty,
stakeholder
misalignment, and
data inconsistencies

 However, reliance on OS data presents three key limitations:

There is also misalignment within stakeholder groups; for example,
some HTA agencies (e.g., NICE, G-BA) incorporate PRO measures into
their decision-making processes while HTAs in other countries (e.g.,
Spain and ltaly) give less recognition to PRO data

It doesn’t capture outcomes of high importance to patients beyond
survival, particularly those that capture health-related quality of life
(HRQol)

Inconsistencies in the way OREs are collected and the methodologies
used to collect them are further driving uncertainties from regulators
and HTA bodies [/ payers and make it more difficult to demonstrate the
true value of these endpoints

Time to collect OS data is increasing as cancer prognoses improve,
delaying patient access to novel medicines in instances where
regulatory / reimbursement processes rely on OS

OS is vulnerable to confounding (i.e., the distortion of outcomes caused
by factors not related to the medicine being investigated), diluting the
impact of medicines being investigated and potentially preventing
access to medicine

4. Actions to drive acceptance of OREs

* Proposed actions target early cross-stakeholder dialogue to ensure suitable OREs are
chosen for pivotal trials

2a. Value of OREs

* The value of OREs should be considered and evaluated per cancer type / stage to
ensure they are fit for purpose, measuring outcomes of high importance to patients,
collecting core outcome sets per treatment setting and using standardised
methodologies to collect them

* This addresses uncertainties hindering OREs' use in HTA body / payer decision-
making in oncology, helping to ensure future assessments improve patient outcomes

Build a portfolio of
, fit-for-purpose OREs
by cancertype and
stage

Ensure appropriate
> evidence generation
and dissemination

The ability to measure outcomes of high s Adoptihe portiolio

 Value of

clinical importance and of high
importance to patients, beyond survival

OREs

The ability to provide an early indication
of efficacy in the absence of OS data
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