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Challenges 2020-2021

« Face-to-face meetings not possible anymore
« Contributing to delays in deliverables
« Were finally replaced by virtual meetings
« But still missing the informal contacts between internal and external
partners

« Data exchange became an even bigger issue
« Slower processes to obtain data access
« No possibilities for people to move around in order to get access
« Also remote working was more difficult, for instance installing data
SNS\‘SE; o o e st

Possibilities

- Much easier to link up and organise meetings

- Involving experts from all over the world

- More efficient use of working time, but...

- To get a better perspective on each other homes;-)
- Find different ways to interact.

HT
Some highlights from the work in HTx

- The HTx video (link)
- Alot of external activities in terms webinars, workshops, focus groups
- HTx Pre-workshop Transferability (WP5, Syreon)
- Workshop Technologies for COVID-19 (WP4, NICE)
- HTx Webinar Case study 1 Proton Therapy (WP1, EORTC, UMCG,
UMCU)
- Focus groups interaction regulators, HTA, clinicians (WP4, UU)

- Presentations (33), posters (11) and slide-decks (7) at conferences such
as ISPOR & HTAI but also more ‘technical conferences such on statistics,
diabetes and Al

| Peer reviewed publica

t?ons (5)

. . . . .
Conversation with the Forum members 1/2 HTX 2

In what way are the aims of HTx (using RWD, personalized medicine,
prognostic models, patient centricity) part of the conversations you are having
at your organisation? In whatway are theydiscussed? Withcaution/excitement?

What are the issues you are struggling with when collecting and analysing all
the data you need? Can the case studies provideexamples for dealing with
these struggles? In what way?

Is transparancy and building trust for your methods an issue at your
organisation? How are you trying to achieve this?

Are you convinced that the outcomes of the case studies will be a good
example of how new methodologies can be developed using RWD? Why or
why not?
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What would convince pharma companies to share more RCT-data? reiegn i =

Afiliatic

What would convince patients to take part in research or make their data
available? b

A Systematic Review of Collective
Evidences Investigating the Effect of
Diabetes Monitoring Systems and
Their Application in Health Care

', Maria Dimirova ', Zomitsa Mitkova',

Maria Karmusheva*, Konstantin Tach
o

HTx Introductory video
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CS3 Pharmacological treatments for relapsing multiple sclerosis (MS) * HT* —~
Treatment | Mean Less than | More than H 1
- —— Developments in the coming year
Natalizum |29% 12% 48%
Homs b - More results coming available from the methods WPs and CS
= Gl 41% 10% 60% . . .
5 2 ,,;'"::,w - Continuous focus on relevance of those methods for HTA organisations
£, _‘g& Dimethyl | 39% 9% 62% - More involvement external stakeholders in HTx projects
3 2 Fumarate . . . R N
S é - e - Increased collaboration with other international projects such as IMI-EHDEN
g | e treatment i ; f
Eon i e - Hopefully also more possibilities to physically interact
= 3% Absolute ::’“‘E;:““J““ - Link to the HTAI meeting in 2022 in the Netherlands
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HTX

Identified challenges of using RWD in HTA

Based on a study of present RWD-use in 25 EU HTA-authorities:

“Overview of the development of the use of RWD including a review of
international consensus methods currently developed.” HTx deliverable 4.4

DOWNLOAD

Johan Pontén, Senior Advisor International Affairs, TLV

Survey on use of RWD in HTA-authorities

HTA arganisations in each country that comploted ta qusstionnaire

>

« Survey on the use of RWD

« 67% (24/36)
« 15 questions on RWD use
« Basis for selection for interviews

* 9 (10) Interviews
« Thematic overview of the answers

« Literature review

« European initiatives for methods
development for RWD use
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Potential use of RWD

Ir

ribe current standard of
care

« create external comparator to
contextualize efficacy

« populate cost effectiveness and
budget impact models
Resolution of uncertainties in Managed entry agreement « evaluate outcomes in clinical
determination of value practice

* resolve uncertaintie: ted to
determination of value in the
initial assessment

Re-assessment « complement the c
economic evidence
available in the initial assessment
« monitor utilization and evaluate
budget impact in clinical practice

Facey el al, 2020, Reakworid evidence (o support Payer/HTA decisions about highly
innovative technologies in the EU—actions for stakeholders. International Journal of
Technology Assessmentin Heath Care 110

RWD-rapportTLV, 2020

Results from the Survey

* There is a willingness to use RWD for
%eé:_i_smn making, as a complement to

« A majority state that negative decisions
have been made due to the difficulties
to follow up in clinical practice.

« A majority of the surveyed agencies
state'thaf they do re-assessments

* 50% would like to be able to use RWD

« A majority assess that decisions on
reimbursement have been influenced by
the possibilities to follow up use and
treatment effects in clinical practice

* RWD has the potential to allow for
different decisions.

Is there a willingness to accept RWD for decision
making among assessors and/or decision makers?

dontkoow

= Summa
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Reasons for not using RWD — 18t rank

Rank the following issues of reasons for not using RWD
9 from top (most important reason) down (least important

8
7 or no reason at all) Rank 1

6

1

3

H - -

use of RWD)

Current situation in HTA-authorities

» We see that many agencies (only) have access to claims data - some
important questions can be answered by that, but not all

« Data on effectiveness is difficult to get

* Proxy data can be used for some effects

* Indication is a difficult variable to catch in many countries
« Effectiveness and resources use in clinical praxis are contexts where

RWD is very interesting
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Data access and processing

* Many agencies are working to improve data access

* Legal frameworks for data access exist in some countries, but others
are trying to put them in place.

* Infrastructure for gathering of data can often become a question
about the burden on health care staff for additional filing

* Register study competencies can be found inhouse at some agencies
but also competencies at registry holders are used

Theoretical Framework
Data Access and Processing

Yes

Registry 4
P bic = ‘
Legislative g
— \\n
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Theoretical Framework
Policy factors relevant to build the use of RWD

Regulation

Attitude and leadership

Stable institutions

Policy Conclusions

« Policy is ranked in the survey as prime hindrance for the use of RWD
« Leadership and Vision is primordal - other factors can be changed with time

 Few autorities have reified knowledge that is a support for RWD
processes (contracts, processes, guidelines and so on)

« Individuals can drive change - but not build a system if leadership is
not there.

* Build networks to learn from others!

* In-house competence can be a key to success

* Access to data, low impact on the health care staff, legal support are
other success-factors

23
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Challenges in HTA of ‘complex’
technologies

Milou Hogervorst, MSc, PharmD

R0
§ U% Universiteit Utrecht
N

Before developing new methods in HTx

What exactly are the current challenges that require
updated methods?

Y
; N § Universiteit Utrecht
[\
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Our aim

To which extent do European HTA organisations perceive HTAs of complex
therapies as challenging and what are the main challenges are in these HTAs?

Identify challenges
encountered in HTA of complex
technologies

Identify which health
technologies are considered
complex

N2
£ N % Universiteit Utrecht

N

Survey to European HTA organisafifids

esearc
question Gap analysis of challenging HTAs
- o rechnologies are ch issuies contribute to
Sutiquestions perceived as difficult? HTAS
o Part 1 - How often are prespecified b}
‘ { EEEEDy J HTs perceived as challenging? 15 Likert scale
Validating - -
[ e ) Part 2 - Case studies
- Was case study diffica .
Was cass Sy dimicart Binary (Yes/No)
b WhaE . -
itnttys [ Multiple choice ]
[ = pewe T oo ]
[[Fere 3= Adaiional complex Feath and H o ] ‘

[ sensitivity | factors

8 < Universiteit Utrecht
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Contributing HTA organisations  [{T

22 organisations from 21 countries
completed the questionnaire!

Mix of Eastern & Western European
countries

Most assess pharmaceuticals (95%); some
medical technologies (45%)
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Type of technglagy: mean scors (SD)

How often is HTA of health technologies complex?

wAlways mOften

ATMPS:
Histology independent treatments.
Therapy sequence:

Personalised treatments

Medical devices or wearables
Orphan therapy

Proton, photon or laser therapy
Gene sequendng

Digital technologies:

Combination of therapies:

:4,1(1,0)
: 3,7 (0,7)
:3.6(0,9)
: 3,5 (0,9)
: 3,4 (1,0)
t3,3(1,3)
: 3,3 (0,9}
;3,3 (1,3)
:3,3(1,0)
: 3,3 (0,8)

(Companion) diagnostics: 3,1 (0,8)

Preventative treatment or vaccine:
Advanced surgical interventions.

3,1 (1,1)
3,0 (1,0)

@mSometmes ORarely ONever DNever assessed this

s

o e
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0%  10% 0% 0%  40% S0%  60% 0%
Proportion of organisations (N=22)

s0%  90% 1008

30

Average (N = "total assessed')

= HTA NOT challenging
u Methodological (REA)
= Methodological (CEA}
= Palicy related

Data related
# Other

Larotrectinib, Vitrakvi (8)

[ |
9%
oo6%

G o g et

magnetic sti ion (4)

S

Summary of description
why HTA was challenging

Universiteit Utrecht
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Describe challenges

2/3 arguments is data related
« First expressed during relative effectiveness assessment (REA)

« Result in uncertain input for cost-effectiveness assessment (CEA) and
decision making

Most relate to immature data or ‘limited’ data

« Large share contributed to Quality of Life data

i

PICO

‘IMMATURE DATA:
study period or follow-up
too short or use of
interim analyses”

“Data reported as

In particular data on
quality of life (QoL)”

‘INDIRECT COMPARISONS, in
case the performed RCT used a
comparator which is no
(standard) treatment in the

“Limited knowledge about
treatment sequences in
practice, thus the positioning
of therapy, results in

disease development
unclear, in particular
small populations”

LIMITED, SCARCE, MUCLJII‘;’;AERF:;.(S)SngL 3
INSUFFICIENT. P —————
“NATURAL HISTORY of

“GENERALIZABILITY
of study population to
s real population, children
or pregnant women”
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To conclude
1
Challenges in HTAs of complex health Solutions THAN K YOU .
technologies mainly root in data f
insufficiegwcies v 1. Impro_ve data quality and Thanks to others working in the Thanks to the collaborating
Results i ‘ Haint quantity HTx Project: institutes:
dL16rSirl1j Str:r(; ORli'EZome uncertainties 2. Evidence-synthesis - Prof. Aukje K. Mantel- - University of Copenhagen
9 methods able to deal Teeuwisse ~ZIN
* In Parameter unc'ertamty m.the CEA W|Fh.data insufficiencies - Dr. Wim G. Goettsch NICE
« Ultimately complicates decision 3. Pricing and - Rick A. Vreman. MSc, PharmD
making reimbursement schemes ’ ’ - T
that mitigate risks
[ | § N % Universiteit Utrecht B gﬂ% Universiteit Utrecht
K N
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