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https://www.vintura.com/wp-content/uploads/2020/08/White-paper-every-day-counts-improving-time-to-patient-access-to-innovative-oncology-therapies-in-europe_from-EFPIA_and_Vintura.pdf
https://www.vintura.com/wp-content/uploads/2020/08/White-paper-every-day-counts-improving-time-to-patient-access-to-innovative-oncology-therapies-in-europe_from-EFPIA_and_Vintura.pdf




▪ Single Arm Trials

▪ Placebo/Standard of Care controlled trials – versus active comparator arms 

▪ Non-randomized comparative multi-arm trials 

▪ Single Arm trials with use of external comparators

▪ Trials in a sub-populations with (potentially) generalizability issues

▪ (More recently in Oncology) Phase I Expansion cohorts (non-comparative and non-randomized)

Clinical Study designs which are faster as they may require fewer 

resources and budget
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ASMR I: major improvement; 
ASMR II: important improvement; 
ASMR III: moderate improvement; 
ASMR IV: minor improvement; 
ASMR V: no improvement



•

•

•

•

•



Justifying the source of external comparators in single-arm oncology health technology submissions, 
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https://www.nice.org.uk/about/what-we-do/proportionate-approach-to-technology-appraisals
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▪ EFPIA WAIT (  indicator – June 24 – https://efpia.eu/media/vtapbere/efpia-

patient-wait-indicator-2024.pdf
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▪ Use of External Comparators for Health Technology Assessment Submissions Based on Single-Arm Trials, Patel et al., Value 

In Health 2021

▪ Justifying the source of external comparators in single-arm oncology health technology submissions: a review of NICE and 

PBAC assessments, Appiah et al., J Comparative Effectiveness Res, 2024
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https://efpia.eu/media/vtapbere/efpia-patient-wait-indicator-2024.pdf
https://efpia.eu/media/vtapbere/efpia-patient-wait-indicator-2024.pdf
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