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Serogroup B invasive meningococcal disease (MenB IMD) is a rare but potentially life-threatening
condition. 4CMenB is a broadly protective vaccine against MenB IMD, currently registered in 59
countries worldwide. Due to the low incidence of MenB IMD, conducting phase 3 randomized
clinical trials to assess vaccine efficacy prior to licensure was not feasible. As a result, 4CMenB
was approved based on safety and immunogenicity data, using a recognised surrogate of
protection (1).

Following licensure, large-scale immunization programs were implemented, and post-
authorization commitments were established to generate real-world evidence (RWE) on vaccine
effectiveness (2).

Widespread use of 4CMenB has led to the accumulation of extensive RWE, demonstrating
reduction of MenB IMD by 50%-100% and vaccine effectiveness ranging from 59%-100% (3).
These findings have contributed to amendments to the product information (PI), ensuring
healthcare providers to have access to update RWE data (4).

This workshop will highlight the key role of post- licensure RWE in confirming pre-licensure
expectations established by clinical trials and vaccine strain coverage prediction, informing
updates to PI, and enhancing understanding of vaccine performance in real-world settings for a
rare disease. We will also explore how different health authorities incorporate RWE into
regulatory decision-making, reflecting the evolving landscape for uncommon disease evaluation.
Beyond demonstrating direct protection, RWE informs immunization policy, strengthens vaccine
confidence and supports adaptive strategies for disease control. Looking ahead, the continued
generation and integration of real-world data will be essential to guide broader and more
effective use of 4CMenB, reinforcing its contribution to public health.
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