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. Randomized controlled trials (RCTs) are considered the gold standard for evaluating * The number of approvals with RWE usage increased steadily from 2019 to 2021 in e RWE was used substantially in the approvals of oncology products (EMA, 26%; * Published literature (EMA, 21.5%; USFDA, 25.1%) and registry data (EMA, 23.6%; USFDA, 20.6%)
drugs and medical devices’ safety and efficacy. However, their restrictive both EMA and USFDA but a decrease in approvals was observed in 2022 USFDA, 26%) and orphan drugs (EMA, 27%; USFDA, 44%) (Figure 3). were the most used sources of RWE, followed by observational studies (EMA, 20.8%;
inclusio.n/e>fc‘:lusion criteria, Iac?k of diver;sity, and complexity can Ilimit their (Figure 2). Figure 3. Percentage of RWE approvals for orphan vs. non-orphan drugs USFDA, 14.9%) and claims data (EMA, 9.8%; USFDA, 13.8%) (Figure 5).
generalizability to real-world patient populations.™* Figure 2. Percentage of EMA and USFDA approvals that used RWE Figure 5. Sources of RWE included in USFDA and EMA approvals
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* This review identified and compared the inclusion of RWE as part of an evidence 2017 2018 2019 2020 2021 2022 S
package to support approvals by the United States Food and Drug Administration Vear S Orphan .{&«
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* The most common application of RWE in these approvals were as supportive 0 10 20 30 40 50 60 70 80 90 100
METHODS evidence (EMA, 46.8%, USFDA, 55.4%), future commitments for post-approval % o
studies (EMA, 44.4%; USFDA, 34.7%), and clinical evidence (EMA, 8.8%; . ed the hioh o  Iroa) i RWE o EMA follower ©

e USFDA & EMA approvals between 2017 and 2022 were screened to identify the USFDA, 9.9%) (Table 1). izer received the highest .num er of approvals (n=44) using to , TOTIOWE
usage of RWE. Details of the name of the drug, disease area, approval year, & by Roche (n=41). Whereas in USFDA, most approvals were made by Alkermes (n=14)

| . o ° ' Table 1. Application of RWE in EMA and USFDA approvals from 2017—-2022 and Janssen (n=14) (Figure 4). CONCLUSIONS
manufacturer were analysed and categorized using a pre-specified data extraction
template. EMA Figure 4. Companies with top RWE usage in approvals by EMA and USFDA * There is increased use of RWE to support regulatory approvals of drugs in the US and EU. The use

. : ’ : . USFDA of RWE in USFDA approvals is quite limited compared to EMA but slowly gaining traction as new
Dat.a was mainly collected from d.rug.; s label, approval Iett.er, and various types of Type of evidence approvals . T eraneutice modalites emeroe
review documents of USFDA submission and European public assessment reports of (%) approvals (%) Supernus Pharmaceuticals, Inc. P &€
EMA submission. RWE was categorized into clinical evidence, supportive evidence, ° Genzyme |EE— e The increasing RWE usage from 2017 to 2021 indicates an accelerated acceptance of RWE data in
and future commitments based on their requirements during the regulatory 2017 4.8 0.9 Almatica e regulatory approvals.
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A55ESSMEN 2018 7.2 0.3 Merck ims  RWE usage was prevalent in oncology and orphan drug products. Most used RWD sources across
RESULTS . . 2019 6.3 0.9 < BioMarin  — USFDA and EMA included published literature, registries, observational studies and claims data.
Supportive evidence 5090 115 93 %‘3 ViV Healthcare s * |n the US and EU, the development o.f RWE has entered a relativgly mature stage w?th
. A total of 1003 approvals were retrieved, with 669 approvals by EMA and 334 . development of frameworks and regulations to promote practical applications of RWE. With
2021 14.3 36.8 Abbvie I h : licy f " g . .. d th g : i b | di
approvals by USFDA. RWE was used more frequently in EMA (66.7% of all approvals) | changing policy framework around RWE, it is anticipated that RWE adoption will be accelerated in
than in USFDA (33.3% of all approvals) (Figure 1). 2022 2.7 7.2 Novartis | — the coming years.
Figure 1. Percentage of RWE utilization in EMA and USFDA 2017 5.7 2.4 Janssen * RWE studies are becoming more commonly accepted when ethics, orphan diseases, or enrolment
1018 6.9 5 1 Alkermes, Inc. | challenges limit the conduct of RCTs. Robust and appropriate RWE can accelerate patient access to
| | GlaxoSmithKline S —— new technologies in diseases with a high level of unmet need.
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