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Introduction
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Objectives

* To assess feasibility in the generation of timely, high-quality RWE in
rare diseases and estimate monthly secondary care HCRU and costs
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Figure 2: Mean cost of healthcare resource utilisation
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* Three-years pre-diagnosis and 5-years post-diagnosis HCRU were
analysed and calculated unit costs using the NHS National Tariff
Payment System.®

Figure 3: Costs of HCRU is higher for patients who died during of the
study prior, a proxy for higher disease severity, than for patients still
alive throughout the study period
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* Analysis competed 60% faster than the typical timelines (i.e., 10
months vs. 24 months for similar RWE studies).’

Conclusion

This study demonstrates how linked national datasets can be used to

generate timely, high-quality RWE in rare diseases. Our approach @ Carnall Farrar

enabled stratified cost estimation to inform regulatory decision-making g seses . T:+44(0)20 3770 7535 E: LifeSciences@carnallfarrar.com
and offers a scalable framework to address evidence gaps in complex R I TR

conditions.” The analysis was leveraged by the client to support their “siiisnd e Ben Richardson (Corresponding Author)

submission to obtain NICE approval for a new medicine to treat this rare @ £1..5%5  T: +44 (0)7825 029368 E: Ben.Richardson@carnallfarrar.com
disease.®

REFERENCES

Dang A, et al. Real-World Evidence: A Primer. PMC. 2023

CF Analysis (internal report) - Commissioned cost-of-illness and HCRU study for rare disease therapy; methodological specification and analysis outputs
NHS Digital. Hospital Episode Statistics (HES)

Health Research Authority (HRA). Research approvals process (Ethics + DARS).

NHS Digital. HES - ONS Data Linkage Methodology Guide.

NHS England. National Tariff Payment System.

CF Analysis (internal report) — Client feedback on accelerated evidence development timeline.

NICE. Highly Specialised Technologies guidance: evidence requirements for rare diseases.

oo e o o e

Experts in health



	Slide 1

