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BEFORE THE HTA REGULATION

European Cooperation: born to find a common ground
EUnetHTA pilots : harmonizing HTA practices
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( EU Commission funded the European HTA bodies to engage under the EUnetHTA cooperation, to find common standards and incentivie harmonisation >
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BEFORE THE HTA REGULATION

A long history of European initiatives in HTA

>20 years of cooperation projects from a voluntary to a permanent framewaork
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(EUnetHTA cooperation continued through projects and joint actions until the EU Commisison Proposal for HTA Regulation)

20 years
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EUNETHTA: EUROPEAN NETWORK FOR HTA: AVOLUNTARY COOPERATION AMONG MEMBER STATES, TO WORK TOGETHER AS TO IMPROVE AND HARMONIZE HTA PRACTICES p



ENTRY INTO FORCE OF HTA REGULATION

Today and Tomorrow

HTA Regulation is re-designing the road to patient access
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 EU Morke’rin-g Authorisation

National HTAs

« + Joint HTA

. Usé of EQ JCA}

National HTAS

EU license and National HTA;

» Two independent levels

» Different pathways

New entry and
access pathway

* Pharmaceuticals applying to
EMA will also undergo EU HTA

* EU HTA mandatory step
ahead of nafional HTA
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ENTRY INTO FORCE OF HTA REGULATION

Today and Tomorrow

HTA Regulation is re-designing the road to patient access

EU Markefing Authorisation
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Two parallel assessment processes
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» Benefit-risk and clinical value
running at the same time

Expected benéefit

« Companies to experience
stfreamlined route to access

MNational HTAs

; "{& EU and National HTA interplay

r=. « National authorities are free to
build their HTA on the EU JCA work

Expected benéefit

+ Befter informing national
decisions on access
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After preparatory phase, the system is now sef to run ¢

JAN 2025 Early 2026 Fall 2026
IMPLEMENTATION : SEETING RULES @'M EU HTA APPLICATION 9 ¢
> ®» —i :;’ >
Building a new system HH >
* Preparation to EU joint work « Time to deliver « National adaptation
. Preporo’rory work lasted « Challenges to be expected
unftil the very end of 2024 for a new untested process

« Companies had to prepare

. National tation | %
at risk with little visibility SSIEl SIEIE|ICIION IS © %O

iNn progress for most countries
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1. A new infterplay with the EU Regulatory framework




Regulatory and EU HTA interplay

EMA
Standard
process

Regulatory clock stops: UNDEFINED TIME

EMA EMA EMA CHMP EMA calendar
Day Day 120 Day 121 Day 210
0/1 LoQs

| EMA assessment l Clock Stop 1 S’rop2 CHMP | >
. H I Approval j

(15-30 d) 120 days Undefined (~90d) 60days  (~30d) 45-67 d Universal calendar

« Be aware of the Regulatory background

« EMA process runs on a special fimeline

« Time-points are moving targets

efpia



Regulatory and EU HTA interplay

EMA
Standard
process

JCA
Standard
Timeline

REFERENCES :

EMA EMA
Day Day 120
0/1 LoQs

| EMA assessment

Regulatory clock stops: UNDEFINED TIME

EMA
Day 121

CHMP
Day 210

EMA calendar

1 Approval j :: :

(15-30 d) 120 days

|  SCOFPE definition (PICOs)

max 130 days

Undefined (~90d)

Dossier Preparation

100 days

60days| (~30d)

-45 days
to CHMP

Assessment - 15t Draft

~ 100 days

45-67 d

2nd Draft - Final j>

~ 90 days

Universal calendar

Impl Reg 2024/1381 Article 10.2; 11.2; 12.3 _ Reg 2021/2282 Articles 10.1 and 11.1

Last deadline
for JCA Dossier
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Regulatory and EU HTA interplay

LAST GU l DAN C E Regulatory clock stops: UNDEFINED TIME

EMA EMA EMA CHMP EMA calendar
Day Day 120 Day 121 Day 210
0/1 LoQs
EMA
Standard 1 | EC
| EMA assessment Clock Stop 1 | stop 2 [KelRIN -
process . I Approval
(15-30 d) 120 days Undefined (~90d) 60days| (~30d) 45-67 d Universal calendar
-45 days
to CHMP
JCA
S’r‘cmd'ord ] SCOPING Dossier Preparation Assessment - 15t Draft 219 Draft - Final
Timeline
~90 days 100 o ~ 100 days ~ 90 days
IMPL ACT 9% 3 .
Option for improving Last deadline

with a faster scoping for JCA Dossier

The uncertainty just shifted
-> The fiming of the submission
is no longer predictable
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REFERENCES : Impl Reg 2024/1381 Article 10.2 and 11.2 _ Reg 2021/2282 Articles 10.1 and 11.1; 12.3 _ Procedural guidance for JCA (Published 13.11.2024



JCA timeline. Persistent elements of unpredictability

EMA DAY 0 EMA DAY 1 EMA DAY 120

7 —_— » CHMP
SUBMISSION 7 VALIDATION LIST OF QUESTIONS
15-20
DAYS JCA DAY ~87 DAY 130/150
NEW EXPECTED DATE PICOs LAST DEADLINE
EMADROL S cosscone — e =R
PICOS'SCOPE
(2] FINALISED SUBMISSION
DEADLINE
DOSSIER SUBMISSION *4— = >
COUTING 100 DAYS FROM PICOs *CHMP -45 days
UNEXPECTED SCENARIO
» The start of the JCA is not clearly set « Challenging to plan for key submission steps

* Increased unpredictability on companies’ side  * Coordination Group provided a (not final but) workable answer
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2. Key elements for a successful EU HTA




EU JCA : expectations and scenarios

European PICO or countries cumulative PICOs

— BEFORE EU-HTA

CLINICAL
ASPECTS
I \
S, —

COSTS &
NATIONAL ASPECTS

EU PICO

Impacting global

clinical trials

> eﬁﬁf

T E

SCOPE OF A JCA
Population Intervention  Comparator Outcome
— EXPECTATIONS — SCENARIO
COSTS & =y COSTS &
ﬁ NATIONAL ASPECTS ‘& -:-::- st OA:\:STFE)I(leOS NATIONAL ASPECTS
= MegeT :

Risk of status quo:
No EU added value

With additional
complex steps

» Europe can be more HTA-competitive worldwide

* Harmonization and divergence : stakeholders’ expectations
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EU JCA process : the challenge and the aim
Current solution puts quality and tfime of JCA at risk

Final JCA Endorsed JCA

JCA Draft Report
SCOPE definition HTD Dossier Submission EC Decision
E (PICO QUESTIONS) (PICO ASNWERS) CgP EPAR
< ]
| 6 210 1 <€— 100d —> 0 +67 o +97
Day 0 NO VISIBILITY Day ~90 EU Outputs available to

to 130 PICO COMPLEXITY vs
TIME FOR SUBMISSION

NEED FOR DIALOGUE

Mutual understanding on the PICOs
Higher quality and less incompleness

MIND THE GAP

What the EU HTA
should aim at ?

health professionals
National HTAs >>> Access decisions

(

: INFORMING SOCIETY AND DECISIONS

I EPAR + JCA : backbone of medical information
JCA to reference best care for patients and clinicians
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Joint Scientific Consultation : key enabler

2025: ONGOING DEVELOPMENTS 2028: COMPANY SUBMITTING JCA DOSSIER

a
»

» Evidence is generated now for JCA in the new years ¢ EU HTA work programme 2025: only 7 JSCs for the year

» Dialogue increases the chances of meeting expectations « No capacity fo meet the demand for consultations

« June 2024 : 10 CHMP positive opinions : 8 scientific advice  Selection process still reflects Member States divergences

EFPIA SURVEY 15T APPLICATION PERIOD 16 / 22 companies

* Not enough time to prepare for application
(selection step add two months to EMA advice)

» Offer of slots so imited : did not match
development and advice-engagement plan

» Uncertainty on value : cumulafive vs consolidated advice



Methodologies and evidence

INDUSTRY VISION

PLURALISM OF METHODOLOGIES

e.g. surrogate endpoints
+ All methods to generate evidence shall be fairly considered

Dg @
T
O CONSIDERATION OF MOST ADVANCED MODELS [ . : ]
e.g. single arm trials
« Noft creating contradictions between JCA and national decisions
O REALISTIC APPROACH [ e.g. indirect comparisons ]

» Multiple PICOs need indirect comparisons. One PICO is they only other way

efpia



Conflict of interest rules

Approved implementing act

Advising developer

on unmet needs PATIENTS Exclusion
Running therapeutic _
pathways study CLINICIANS Exclusion

» Creating binary choice and silos

* Expertise at risk either for
research or for HTA

[ Industry Vision

 Transparency over exclusion

« EMA as a model

* Learning from experience

+ Clear frameworks for
working relationships

« Awareness and education

efpia



Key EU HTA objective: enabling faster access

Risk of producing a shift in national HTA

EMA EC
Dossier approval

(Day -210) [Day 210] L:
CHMP 67 - B0 days '-: |
-
Day 0 el
EU HTA .
Assessment -
_______ Dossier | £V 112-142 days 0 cays TR
Day -45 Day +97

SHIFT ) National HTA Appraisal
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Key EU HTA objective: enabling faster access

Maintaining the benefit of early EU HTA : visibility on national submission

EC
approval

EMA
Dossler

(Day -210)

[Day 210]

CHHP 67 - B0 dave

Day O

] oA [eassessment 11210200

Day -45

Anticipate expectations

| ® P> ©m

Day +97

Regular
Access

B o o e o e E— E— E— Em o = = == m=)

National HTA Appraisal

in national submissions

4 )
1. Engagement of HTD in 2. Visibility on PICO requests
scoping(PICOs) from Member States

\ J

e A
3. Countries to be ready to 4. Using JCA to streamline and
receive complementary info accelerate national decision

\_ J

Economic Evaluation

| Negotiations

MAKING THE MOST TO AVOID ACCESS DELAY

TO MAINTAIN THE ADVANTAGE GENERATED
BY EU JCA FOR GIVEN COUNTRIES
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Anficipating national changes

National Implementation EFPIA platform

Mapping the changes in national HTA frameworks

Templates, timepoints and decisions process will be impacted

JCA report: timeline and availability

Evidence package

Evidence consideration

Potential parallel processes

Time of submission and process unfolding

Time of national reimbursement decision

Conditioned to EU JCA scope

Acceptance of JCA methodologies in appraisal

Preparing national submission while JCA ongoing

All countries will experience some change !

efpia
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3. Building progresses on real world experience




The new system is now starting to deliver

End of 2025

Early 2026
&'ﬁﬂ June 2025 9
oy

Ak

|
b= -

15 to 20 expected JCAS

1. Little experience so far . 2. New process is experiencing
feedback to be consolidated some unpredictability

3. Process gaps should be enhanced 4. System need to scale up
by proper communication to reach full capacity

Fall 2026

\
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Learning by doing. Monitoring to improve

JAN 2025 Early 2026 Fall 2026

9 9
p:

|” Improved process >> New JCAS >

\ 4

PAST EXPERIENCE
AND PREPARATION

-

4

MONITORING TOOL : record and use first experiences to learn

e
efma - s —— Monitoring JCA Identifying pain-points
EU HTA Monitoring =] Monitoring o
EuropaB = " .
- 0 and tracking tool in real-time from the first JCA
Industry Associations are building <=1 Measuring O PLO,V'C:'ng lrtnpfblemen’roblle
a tool to build on experience == objective KPIs adjusiments irom year
PREPARE MONITOR IMPROVE
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With the JCA Monitoring Tool, 7 key policy objectives will be covered

@ JCA timeline adherence with HTA regulations

Encourage active participation of Member States

Ensuring predictable process for HTDs

Enhancing stakeholders’ involvement in EU-level JCA process

Policy objectives
covered by the JCA

K Monitoring Tool /

Ensuring JCA methodology is comprehensive for innovation

Ensuring effective integration of JCA in national HTA reports

The Monitoring tool frame is the HTA-R objective:

Minimizing gap between JCA and national evidence

enabling faster access and better-informed decisions

efpia *



Learnings from early experience of the EU HTA system

Predictability

Proceduradl
uncertainties
remain as
potential
painpoints

Dialogue

Alignment on
PICOs with
developers is
key for JCA
dossier quality

Problem Solving

Platform with
developers —
chairs —
secretariat to
fix emerging
shortcomings

Scalability

From few JCAS

to full capacity:

we need a
scalable model
to sustain the
EU HTA system

Trust building

Creating
mutual trust
should be a top
priority of this
first phase of
Implementation

efpia



Key takeawas

1. No more pilots, the fist JCAs will have real conequences on patient care

2. The JCA process . enabler or barrier for national access decisions

3. Geopolitical context: need to make Europe attractive and competitive

4. From 27 to 1 European HTA framework: keep on the EU HTA promise

5. Monitoring the new process to build on the learnings and improve the system

Call for collaboration to laverage stakeholders’ expertise and capacity: help us to help you!

efpia
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