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OUR AIM

With more advanced health technologies (HTs) entering the health care market, also the procedures for health
technology assessment (HTA) to decide on reimbursement require changes.

Therefore, the aim of this study was to assess:

. which assessment issues are considered challenging by European HTA organizations and

- which HTs are perceived as complex.

The overarching goal is to gain better understanding of the needs for new HTA methods and requirements for
advanced HTs.
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THE QUESTIONNAIRE

To identify which HTs are perceived as complex and what challenges are faced during HTA, a questionnaire was

send out to HTA organizations throughout Europe. The questionnaire used relevant case studies and was
validated and tested for reliability by an expert panel and it was pilot tested before dissemination. A schematic
structure of this questionnaire is shown here:
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The open questions were assessed using NVivo according to a predefined node tree as displayed below.
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CHALLENGES IN HTA

For the case studies, most challenging issues were reported to occur in the relative effectiveness assessment

(REA) and cost-effectiveness assessment (CEA).

Average (N assessed)

Larotrectinib, Vitrakvi (8)

Continuous glucose monitoring, Freestyle Libre (9)
Voretigene neparvovec, Luxturna (9)
Transcatheter aortic valve implantation, TAVI (5)
Dabrafenib/trametinib, TafMek (14)

HPV vaccine, Gardasil/Cervarix (9)

Repetitive transcranial magnetic stimulation (4)
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In the open questions, however, organizations reported most often data related challenges, including absent,

insufficient, immature or low-quality data. These initial data issues are often expressed during the REA and CEA
and ultimately complicate decision-making, according to 13 organizations. Policy and organizational challenges,

as well as societal or political pressure, were reported by respectively 8 and 4 organizations. Direct modelling

issues were least often reported.
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Summary of descriptions why HTA was challenging
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COMPLEX TECHNOLOGIES

How often is HTA of health technologies complex?

mAlways ®mOften mSometimes Rarely Never Never assessed this
ATMPs: 4,1 (1,0) 8 5 1 4
Histology independent treatments: 3,7 (0,7) 2 6
§ Therapy sequence: 3,6 (0,9) 2 7 1 5
e Personalised treatments: 3,5 (0,9) 2 2
§ Medical devices or wearables: 3,4 (1,0) [t 5 1 10
; Orphan therapy: 3,3 (1,3) 4 2
é Proton, photon or laser therapy: 3,3 (0,9) 5 2 1 12
§ Gene sequencing: 3,3 (1,3) | 2 1 15
g Digital technologies: 3,3 (1,0) [} 3 1 11
"g Combination of therapies: 3,3 (0,8) 5 2
= (Companion) diagnostics: 3,1 (0,8) 3 1 12
Preventative treatment or vaccine: 3,1 (1,1) 3 7
Advanced surgical interventions: 3,0 (1,0) 11 13

0% 10% 20% 30% 40% 50% 60% 70% 80% 90% 100%
Proportion of organisations (N=22)

ATMPs were considered as the types of therapies in HTA. Out of seven prespecified case studies, the histology
independent therapy was reported as most challenging by organizations that had assessed it. Additionally
reported complex HTs by the organizations were mostly pharmaceuticals, oncology products, orphan medicines,
personalized treatments and combinations of treatments.
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RESPONDING ORGANISATIONS

Out of 33 invited HTA organizations, 22 organizations completed the questionnaire.
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Despite where challenges are expressed during HTA, the
majority of these challenges root in the (un)availability of data at
time of assessment.

ATMPs are considered the most complex therapies for HTA.

This research was performed as part of the HTx project. The project has received funding from the European Union’s Horizon 2020 research and

innovation programme under grant agreement No 825162.
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ABSTRACT

OBJECTIVES With more advanced health technologies (HTs) entering the health care market, also the procedures for health
technology assessment (HTA) to decide on reimbursement require changes. Therefore, the aim of this study was to assess which
HTs are perceived as complex and which assessment issues are considered challenging by European HTA organizations. The
overarching objective is to gain better understanding of what the needs are for new HTA methods and requirements for advanced
HTs.

METHODS To identify which HTs are perceived as complex and what challenges are faced during HTA, a questionnaire was
send out to HTA organizations throughout Europe. The questionnaire used relevant case studies and was validated and tested for
reliability by an expert panel and it was pilot tested before dissemination.

RESULTS Out of 33 invited HTA organizations, 22 organizations completed the questionnaire. ATMPs were considered as the
types of therapies most challenging for HTA. Out of seven prespecified case studies, the histology independent therapy was
reported as most challenging by organizations that had assessed it. Additionally reported complex HTs by the organizations were
mostly pharmaceuticals, oncology products, orphan medicines, personalized treatments and combinations of treatments.

For the case studies, most challenging issues were reported to occur in the relative effectiveness assessment (REA) and cost-
effectiveness assessment (CEA). In the open questions, however, organizations reported most often data related challenges,
including absent, insufficient, immature or low-quality data. These initial data issues are often expressed during the REA and
CEA and ultimately complicate decision-making, according to 13 organizations. Policy and organizational challenges, as well as
societal or political pressure, were reported by respectively 8 and 4 organizations. Direct modelling issues were least often
reported.

CONCLUSION Challenges in HTA of complex HTs mainly root from data insufficiencies and result in outcome uncertainties in
the REA and parameter uncertainty in the CEA, ultimately complicating decision making. Complex HTs, for example gene
therapies, sometimes inherently cause data insufficiencies, making some complex HTs more challenging for HTA. These results
therefore highlight the importance of the methodological work that is done in the HTx project.
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