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SUMMARY

.? OBJECTIVES

BACKGROUND & AIMS

= Single-arm trials (SATs) are increasingly used where randomised controlled trials
are unfeasible—common in rare diseases and high unmet need areas. However,
the lack of a comparator poses challenges for HTA bodies, which require robust
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Figure 3. ITC use and type stratified by HTA body
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Combined (N=35) = NCPE (N=4) = HAS (N=3) mCADTH (N=12) mNICE (N=16)

= To maximise success, SAT-based evidence generation should be aligned
with the methodological expectations of the EU JCA. Strategic, early
Investment in appropriate ITC methods can be a decisive factor in securing
a favourable HTA outcome.
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Table 1. Analysis of the reimbursement status and evidence generation activities of
Included orphan products

= Select and justify ITC methodology early.
= Align with EU joint scientific advice to pre-empt

evidentiary concerns. HTA body Orphan ITC used RWE used Fully Conditionally References
product reimbursed reimbursed _ _ . .
= Prepare for conditional acceptance via price ; 1. D. Patel, F. Grimson, E. Mihaylova, P. Wagner, J. Warren, A. V. Engen, and J. Kim. Value in Health. 2021;24(8):1118-1125.
pt- ti - d-p ti P Combined, n (%) 17 (48.6) 14 (82.3) 11 (64.7) 7(41.1) 10 (58.8) 2. A.Jaksa, P. J. Arena, M Hanisch, and M. Marsico. Value in Health. 2024,27(12):S386-387
negotiations or narrower inaications. o I ’ ’ ' ' ' ’ ' '
NICE, n (%) 7(43.8) 7 (100.0) 6 (85.7) > (71.4) 2 (28.6) 3. National Institute for Health and Care Excellence (NICE) Guidance. https://www.nice.org.uk/guidance (accessed May 2025).
CADTH, n (%) 8 (66.7) 6 (75.0) 4 (50.0) 0 (0.0) 8 (100.0) 4. Canadian Agency for Drugs and Technologies in Health (CADTH) Reports. https://www.cda-amc.ca/find-reports (accessed May 2025).
HAS, n (%) 1(33.3) 0 (0.0) 0 (0.0) 1 (100.0) 0 (0.0) 5. Haute Autorité de Santé (HAS) Drugs, Devices and Medical Acts. https://www.has-sante.fr/ (accessed May 2025).
NCPE, n (%) 1 (25.0) 1 (100.0) 1 (100.0) 1 (100.0) 0 (0.0) 6. National Centre for Pharmacoeconomics (NCPE) Category Drugs. https://www.ncpe.ie/category/drugs/ (accessed May 2025).
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