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Table 2. Study Design and End Outcomes Reported for Real-world and Clinical Studies
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This study aims to identify how alternative studies (including pooled analyses, real world
studies, etc.) have been used to address the limitations of basket trials for rare patient
populations treated with tissue-agnostic drugs.

METHODS

studies reported on overall survival (OS) estimates for the standard of care versus
treatment with NTRK inhibitors for NTRK+ patients using sizable real-world data. The
Key findings for the RWE studies are summarized in Table 1.

Result summary reports that all the RWE studies contained a comparator arm and
considered either OS or median treatment duration as outcomes which were lagging in
maijority of clinical study designs (Table 2).

Figure 2: Sample Sizes for Basket and Pooled Trials By Tumor Type

Table 1. Real-world Evidence Studies for NTRK Gene Fusion Cancers

Author Data source Outcome Result summary Limitation addressed
reported

Kaplan-Meier
estimates,
duration of
therapy (DOT)

Multi-site patient
chart abstraction
by oncology

DOT for TRKi =

aberrations, short follow-up periods, and the absence of a control arm, making it difficult to draw valid
conclusions and to generalize their findings to routine clinical practice .

These clinical studies can be supplemented with RWE to

Increase sample size, provide a

comparator arm and information on outcomes not easily assessed in a clinical trial, helping to:

— Determine the optimal timing of NTRK inhibitor initiation during therapy

— Determine the optimal use of NTRK inhibitors in combination with other treatments

— Generate more data on the long-term effects of NTRK inhibitors

— Generating cost-effectiveness analyses of NTRK inhibitor therapy versus current standard of

Basket trials Pooled trials i i .
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