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Table 1 - Formalized approaches to assessment and consideration of clinical and economic evidence by

Other considerations

England/Wales £100,000/QALY

9/100000=50 JFF X 3X-5X

£20 m per year * Patient/career/family impact
* Benefits other than health/social

* Impact on care delivery/training

* Allows for QALY “weighting”

when QALY gain exceeds 10 years
5230 (315,

11-29(1. 1-2. 9X)

* Greater degree of clinical

uncertainty accepted

* Medical necessity
* Clinical effectiveness
* Disease burden

* Feasibility (budget impact)

* Long-term clinical modeling
* Budget impact assessment

* Clinical “stopping rules”

Sweden None stated (€35,000- None stated * Human dignity principle
€100,000/QALY in * Needs-solidarity principle
recent experience) * Cost-effectiveness principle

Netherlands None stated (€80,000/ None stated None stated
QALY under
discussion)

Canada None None stated * Plausibility of treatment effects

(Ontario) * Feasibility of randomized study

France None €30 m per year * Life-threatening

* No treatment altematives
Germany None €50 m per year None stated

None stated

* Lower levels of statistical

significance

* Surrogate endpoints acceptable

4

HTA, health technology assessment; C-E, cost effectiveness; BI, budget impact; QALY, quality-adjusted life-year.

FAL &R : 0llendorf DA, etal. Evaluating and valuing the drugs for rare

conditions :no easy answer. Value in Health 21:547-552, 2018
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