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Market access in Germany provides several advantages for orphan drugs in the course of the early benefit All published documents of the early benefit assessments of those orphan drugs whose turnovers have exceeded the
assessment, since the additional benefit is already granted by law on the basis of the marketing authorization and 50 million Euro threshold over the past 12 months until July 2018 were analyzed in terms of:
its substantiating studies. However, this no longer applies if the drug’s turnovers has exceeded 50 million Euro over . available evidence, +  G-BA methodology, and

the past 12 months leading to additional requirements along the benefit assessment (full dossier requirements). In
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Conclusion

So far, sales of only 6 orphan drugs exceeded the 50 million Euro threshold. Analyzed precedents show an overbalance on the side of oncology drugs (5 oncology products, 1 cardiological drug). Besides the high annual therapy costs of
theses drugs, the overweightis also triggered by label extensions in the case of these oncological products.

Analyses could demonstrate that the underlying evidence and the ACT defined by the G-BA play a decisive role when an orphan drug is reassessed after exceeding the 50 million Euro threshold, as the more formal assessment of early
benefit under full dossier conditions does not take into account the orphan drug status. However, it could also be shown that especially the pharmaceuticals for the treatment of rare cancers are more able to confirm the additional benefit
because their studies more often comply with real care situations in terms of the applied therapy option and the evaluated endpoints. The only non-oncological drug macitentan failed to prove the previously granted additional benefit
compared to a patient-individually optimized drug therapy according to the physician’s requirements. The subsequently negotiated rebate demonstrates the major challenges of a reassessment under non-orphan dossier conditions. To
what extent this also applies to other non-oncologicals remains to be seen. Therefore, it is necessary to await further reassessments of rare and high-priced drugs outside oncology to be able to draw further conclusions.

Nevertheless, it makes sense to develop the launch strategy for orphan drugs in view of the expected label extensions and sales expectations, especially with regard to oncologics and other high-priced drugs for the treatment of rare
diseases.
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ACT: appropriate comparative therapy; add. benefit: additional benefit; BSC: best supportive care; G-BA: Federal Joint Committee; GKV-SV: umbrella organization of the SHIs; 0S: overall surival
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