Drug

Gendicine
Rexin-G

Neovasculgen

Glybera

Imlygic

Luxturna

Zolgensma

Upstaza

Hemgenix

Adstiladrin

Elevidys

Roctavian

Vyjuvek

Beqvez (Durveqtix)

Kebilidi

Generic name

rAd-p53
DeltaRex-G
PI-VEGF165

alipogene
tiparvovec

talimogene
laherparepvec

Voretigene
neparvovec

Onasemnogene
abeparvovec

Eladocagene
exuparvovec

etranacogene
dezaparvovec

nadofaragene
firadenovec

Delandistrogene
moxeparvovec

Valoctocogene
roxaparvovec

beremagene
geperpavec

fidanacogene
elaparvovec

eladocagene
exuparvovec

Supplier

- Indicati Price t
(Original developper) hdication rice tag
Benda (Shenzhen head and neck squamous cell
SiBionoGeneTech) carcinoma 5387
Epeius Biotechnologies metastatic solid tumors $0.5M
Human Stem Cells . g
Institute peripheral arterial disease $6,600
uniQure familial LPLD $1.2M
Amgen (Biovex) melanoma, pancreatic cancer 65K

Roche/Spark retinal dystrophy (RPE65 mut)
Novartis .
(AveXis/Genethon) spinal muscular atrophy 1

PTC Therapeutics AADC deficiency 6

U

uniQure/CSL Behring hemophilia B

BCG unresponsive non-muscle-invasive

Ferring bladder cancer 240K
Sarepta Duchenne muscular dystrophy 3.2
BioMarin hemophilia A 2.9

Krystal Biotech dystrophic epidermolysis bullosa 630K

Pfizer (Spark) hemophilia B 5

PTC Therapeutics AADC deficiency

Modality

adenovirus
retrovirus

plasmid (CMV)

AAV1

HSV1 oncolytic virus

AAV2

AAV9

AAV2

AAV5

adenovirus

AAVrh74

AAVS5

HSV1

AAVRh74var

AAV2

Therapeutic gene

TP53
cyclin G1

VEGF165

LPL

GM-CSF

RPE65

SMN1

AADC

factor IX

IFNo2B

micro-dystrophin

factor VilI

COL7A1

factor IX

DDC (direct infusion
to brain)

Approved nation
(Approval date)

CN (2003/10)
PH (2007/12)

RU (2011/12)

EU (2012/06)

US (2015/10)

US (2017/12)
EU (2018/11)

US (2019/05)

EU (2022/07)
US (2024/11)

US (2022/11)
EU (2023/02)

US (2022/12)

US (2023/06)

US (2023/06)

US (2023/05)
CA (2024/01)
US (2024/04)
EU (2024/07)

US (2024/11)
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https://pmc.ncbi.nlm.nih.gov/articles/PMC6773888/
https://pmc.ncbi.nlm.nih.gov/articles/PMC6773888/
https://pmc.ncbi.nlm.nih.gov/articles/PMC6773888/
https://www.fiercebiotech.com/regulatory/uniqure-abandons-ambition-to-win-fda-approval-for-%E2%82%AC1-1m-gene-therapy
https://ec.europa.eu/health/documents/community-register/2012/20121025124069/anx_124069_en.pdf
https://www.fiercepharma.com/pharma/cost-effectiveness-gatekeeper-changes-its-mind-amgen-s-virus-based-melanoma-med-imlygic
https://www.fda.gov/media/94129/download
https://www.fiercepharma.com/pharma/spark-prices-gene-therapy-luxturna-at-850k-grabbing-top-spot-pharma-s-costliest-drugs
https://www.fda.gov/media/109906/download
https://www.fiercepharma.com/pharma/novartis-slaps-2m-plus-pricetag-newly-approved-gene-therapy-zolgensma
https://www.fda.gov/media/126109/download
https://www.fiercepharma.com/pharma/nice-signs-ptc-therapeutics-ultra-rare-gene-therapy-upstaza
https://www.ema.europa.eu/en/documents/product-information/upstaza-epar-product-information_en.pdf
https://www.fiercepharma.com/pharma/csl-and-uniqures-hemophilia-b-gene-therapy-scores-approval-35-million-price-tag
https://www.fda.gov/media/163467/download
chrome-extension://efaidnbmnnnibpcajpcglclefindmkaj/https:/www.royaltypharma.com/wp-content/uploads/2023/12/Adstiladrin-Presentation.pdf
https://www.fda.gov/media/164029/download
https://www.fiercepharma.com/pharma/sparked-fda-expansion-sareptas-elevidys-takes-another-leap-sales#:~:text=Elevidys%20is%20priced%20at%20%243.2%20million%20per%20dose.
https://www.fda.gov/media/169679/download
https://www.biospace.com/business/biomarin-narrows-roctavian-efforts-to-u-s-germany-italy-as-sales-stagnate#:~:text=The%20FDA%20approved%20Roctavian%20in,has%20had%20trouble%20generating%20sales.
https://www.fda.gov/media/169937/download
https://www.forbes.com/sites/joshuacohen/2023/11/06/for-a-change-theres-optimism-about-a-gene-therapys-commercialization-vyjuvek-for-wound-care/
https://www.fda.gov/media/168350/download
https://www.fiercepharma.com/pharma/pfizer-scores-fda-nod-hemophilia-b-gene-therapy-will-charge-35m-dose
https://www.fda.gov/media/178140/download
https://www.fiercepharma.com/pharma/first-brain-delivered-gene-therapy-hits-us-ptc-therapeutics-aadc-deficiency-treatment
https://www.fda.gov/media/183530/download
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