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BACKGROUND

Gene therapies are often one-time
curative treatments that address
the underlying cause of disease,
helping patients avoid a lifetime of
therapy, while saving health
systems the associated resource 0 ¥y g
purden. Gene therapies are I
therefore able to command high- " Imlygic (per vial)
price premiums. As a result -Uxtuma
health systems now face the FIGURE 2: ACCESS AGREEMENTS 23, 13:14,15,16, 17,18, 19, 20
challenge of how to sustainably Gene
provide equitable patient access therapy
to this growing class of advanced, Imlygic
innovative therapeutics.
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FIGURE 1: LIST PRICE (€)* OF REIMBURSED GENE THERAPIES ° 8 9,10, 11,12
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METHODOLOGY CoIIeC':ior; fu%ded

by CDF

The research reviewed all gene ——

. Luxturna | Confidential Outcome-based
therapies approved by the discount rebate; drug-
European Commission (EC) or US leasing under

Food & Drug Administration (FDA), discussion

and with a positive or conditional Zynteglo

national reimbursement status in
England, France, Germany, ltaly or

Zalmoxis

Zolgensma Outcome-based

Spain. Using the respective

country healthcare technology [ee;g?ndgijerfg
assessment (HTA) websites In years
September 2019. This was
supplemented with a targeted

Access agreements include discounts, outcome-based rebates/refunds if

iterature review of the associated
manufacturer press releases and
an open Internet search using
keywords: Imlygic, Strimvelis,
Kymriah, Yescarta, Luxturna,
/ynteglo, Zalmoxis, Zolgensma.

RESULTS

patient outcomes fail to meet pre-specified thresholds and “drug leasing”,
which involves payment by instalments, typically over five years (figure 2).

Discounts were agreed for the majority of reimbursed gene therapies in
Englands. Outcome-based rebates/refunds were agreed for the majority of
reimbursed gene therapies in Germany and Italy and for both of the reimbursed
gene therapies in Spain>141216.17 'In the US, outcome-based rebates/refunds
were agreed for Luxturna and Zolgensma, which have the highest list prices of
the licensed gene therapies at €765,000 and €1,890,000 respectively?:9. 20,

Drug leasing was agreed for the high-cost CAR-T therapies in Spain, for
Kymriah and Strimvelis in [taly and for Zolgensma in the US, with Luxturna still
under discussion®1>16:17.19.20

Long-term real-world evidence (RWE) collection was also a common
requirement, either to resolve clinical uncertainties in safety and effectiveness —
such as Imlygic in the US and Kymriah and Yescarta in England and the US — or
to generate additional data to inform reimbursement decisions of gene
therapies with outcome-based agreements2-,

CONCLUSIONS

Most gene therapies that do not address ultra-orphan diseases are
subject to innovative access agreements and long-term RWE
collection programmes as a condition for reimbursement. These
el schemes demonstrate health systems’ efforts to minimise clinical
https://www.gazzettaufficiale.it/; 6. HAS: https://www.has-sante.fr/; 7. AEMPS: - - - -

nps:/fuwnszemps.gob.es/home. iy 8. Medicines complet: uncertainties, manage high treatment costs, and inform HTA
decisions.

https://www.medicinescomplete.com/#/; 9. Analysource Bi-weekly:

A s, ot b o oho?o site=AMEL 1. Lauer T
(Gene therapy manufacturers are encouraged to engage early with country
pricing and reimbursement authorities, to explore innovative market access
approaches that enable health systems to balance patient access against
any potential risks.

There are seven licensed gene
therapies in the EU and five in the
US'2. Five are reimbursed in
England, three in Germany and ltaly
and two in France and Spain3:4.26.7,
The list prices range from €1,837
per vial for Imlygic in England, which
requires continuous treatment for a
minimum of six months, up to
€1,390,000 per patient for
/olgensma in the US requiring a
single dose®? (figure 1).

https://www.lauer-fischer.de/LF/Seiten/Verwaltung/Kundencenter/1.aspx; 12. Vademecum:
https.//www.vademecum.es/; 13. ANSM: https.//www.ansm.sante.fr/; 14. AMP Healthcare Europe:
https://www.apmhealtheurope.com/freestory/0/64434/major-german-payers-sign-pay-for-

performance-agreements-on-car-ts; 15. AlFA: https://www.aifa.gov.it/-/aifa-approva-|a-

rimborsabilita-della-prima-terapia-car-t; 16. El Global: https://www.elglobal.es/newsletters/el-
rimer-car-t-aprobado-por-sanidad-llega-al-sns-con-un-acuerdo-de-pago-por-resultados-

LM1853973; 17. Redaccion Medica:
https://www.redaccionmedica.com/secciones/industria/espana-pionera-en-cart-aprueba-la-
financiacion-de-yescarta-gilead--2967; 18. CMS: https:
releases/trump-administration-makes-car-t-cell-cancer-therapy-available-medicare-beneficiaries-
nationwide; 19. Spark Therapeutics: http://ir.sparkix.com/news-releases/news-release-
details/spark-therapeutics-announces-first-their-kind-programs-improve; 20. Novartis:
https://www.novartis.com/news/media-releases/avexis-announces-innovative-zolgensma-gene-
-programs-us-payers-and-families;

*Exchange rate used (£GBP1 : €1.1; $UST : €0.9);

CONTACT US: Louise.Hogg@ipsos.com © Ipsos 2019, all rights reserved WWW.IPS0S.Com In [psos Healthcare ‘ @ipsoshec




