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INTRODUCTION RESULTS

» The volume of gene therapies in development has risen sharply over the last » A framework with 7 elements was proposed, and then used to evaluate a range of current disease areas targeted by gene therapies

decade with the FDA anticipating that 10-20 cell and gene therapies will be

approved per year by 20252 Figure 2 Proposed framework and scoring for 10 target disease areas
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» The value and return on a development project, will ultimately rest on the
product profile and the value that it delivers. That value will be based on

many factors, and the context, which at the point of starting a development >
RESULTS programme are not known or uncertain. The matrix is therefore subjective
_ _ and directional, and useful for relative ranking

» Relevant case studies that were reviewed were Glybera, Zolgensma, _ N

Strimvelis, Luxturna and Zynteglo » High scores for DMD, SMA type |, MPS |, Fabry and haemophilia are as a >

| | result of being relatively common rare diseases, with patients dosed early in

» There are many factors that contribute to commercial success, and a return life, a high disease burden, relatively high resource use, and expensive

on investment, and ultimately many trade offs. But some of the key comparators already on the market that have set a price precedent >

observations were that for a target disease to have maximum commercial

should have the following characteristics: » Disease areas such as wet AMD scored considerably lower, primarily due to a

high prevalence, relatively cheap alternatives, and age of onset >

1. Berelatively prevalent in rare disease terms » There is noreason why a product in a low score disease area (such as Wet

2. Administered as early in life as possible, with the potential for benefits to AMD) cannot be a commercial success. For this to be the case, there would >
accrue over a full lifetime just need to be a realistic consideration of potential price that could be

3. Disease burden should be high achieved, costs of delivering the therapy, ability to recruit patients, and

4. Healthcare resource use should be high, with significant cost-savings siRfEsen f lelE e SFoTts el saety >
expected in those who receive a gene therapy » The presence of a number of gene therapies in development across the whole

5L entiieatmentoptionsiehouldbelimitediandlor rerehallensing range of selected disease areas, suggests that developers have considered
Sereite ek oreitlies the challenges, and are developing approaches to address them REFERENCES
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