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Four Gene Therapies

Big payments for one-off treatments. â€¢ Payer may not benefit (change of insurer). â€¢ Spread payments. â€¢ For cash flow (not needed?) â€¢ For assurance of ongoing ... 
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FOUR GENE THERAPIES



• Views and opinions expressed are personal and not necessarily those of UK government, NHS England, Public Health England or other agencies



Four gene therapies



DISCLAIMER



General issues • Big payments for one-off treatments • Payer may not benefit (change of insurer) • Spread payments • For cash flow (not needed?) • For assurance of ongoing benefit?



Four Gene Therapies • Alipogene tipoparvec (Glybera)



• Gene therapy for haemophilia • Voretigene niparvovec (for Leber congenital amaurosis)



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• ADA SCID gene therapy (Strimvelis)



Strimvelis for ADA SCID



• SCID – severe combined immune deficiency • Many sub types • ADA – adenosine deaminase (enzyme) deficiency • Untreated = multiple infections from infancy • Standard treatment – stem cell transplant (HSCT) • HSCT is a cure but risk of death during treatment



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• THE DISEASE
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Severe combined immune deficieny



Strimvelis for ADA SCID • Patient’s own blood cells infected with gene-carrying virus • Patient travels to Milan • Only for patients unsuitable for stem cell transplant (no donor) • THE COMPARATOR • Enzyme replacement? (PEG-ADA, Adagen)



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• THE TREATMENT



Strimvelis for ADA SCID • Priced at 2x enzyme replacement – 594 000 Euro • ‘75% needed no further enzyme’ • UK comparator? • Discounting



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• THE ECONOMICS



Time horizon for the analysis Discounting



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



‘… for life’



Voretigene niparvovec • THE DISEASE



• Blindness from childhood • RPE 65 gene • 19 known genes; 30% of patients no known mutation • 1 in 50 000 births



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• Leber’s congenital amaurosis



Voretigene niparvovec • THE TREATMENT



• Improves ability to navigate an obstacle course at 1 lux • Patients aged 4 yrs to middle age



• THE COMPARATOR



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• Gene therapy injected directly into the eye



Voretigene niparvovec



• QALY gain • One eye or two? • Old or young?



• 10 new patients per annum



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• THE ECONOMICS



Alipogene tipoparvec (Glybera)



• LPLD – lipoprotein lipase deficiency • Attacks of pancreatitis – very painful, can be fatal



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• THE DISEASE



Alipogene tipoparvec • THE TREATMENT



• THE ECONOMICS • Priced at $1m per patient



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



• Gene therapy injected into muscle
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BMN 270 FOR HAEMOPHILIA Clotting disorder – bleeding into joints or brain



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



THE DISEASE



BMN 270 THE TREATMENT



Mean annualised infusions of FVIII fell from 137 to 3 Based on 6 out of 7 patients who received ‘high dose’ therapy Follow up of 34 – 50 weeks



THE COMPARATOR Factor VIII replacement Natural or recombinant?



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



Gene therapy



BMN 270 6 000 people in England with haemophilia £230m spend = £400k per patient



TITRE DE LA PRESENTATION (A MODIFIER SUR LE MASQUE)



THE ECONOMICS
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FOUR GENE THERAPIES 

Standard treatment â€“ stem cell transplant (HSCT). â€¢ HSCT is a cure but risk of ... Patient travels to Milan. â€¢ Only for patients unsuitable for stem cell transplant (no.










 








GENE~ ----- ~~ 

30 nov. 1979 - Par sa rÃ©solution 31/192 du 22 decembre 1976? l'AssemblÃ©e gÃ©nÃ©rale a .... de la Belgique auprÃ¨s de l'Organisation des Nations Unies.










 








GENE 22 

â€œâ€¦and everybody elseâ€�, he concluded with a thin smile. .... Did they imagine it wreathed in violet smiles or jutting out like a rude question ... fear's the problem.â€�.










 








GENE RAIE 

I~ais si les décisions politiques entratnant ces dépenses ont fait l'unanimité, .... La définition à donner à l'objet du Fonds devrait manifestement être le finan-.










 








GENE?ALE 

1. A sa cinquième session, la Conférence des Nations Unies sur le commerce et le développement a recommandé 'ù l'Assemblée générale de modifier encore, ...
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APPELEZ IMMEDIATEMENT LE SERVICE DU GAZ DE CHEZ UN VOISIN. SUIVEZ ...... d'émail vitrifié AGA ou d'une autre crème nettoyante .... commerciale.
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suit : Le four de rÃ´tissage pour la cuisson Ã  haute tempÃ©rature 425 ÂºF - 475 ÂºF. Le four de cuisson pour la cuisson Ã  tempÃ©rature moyenne 325 ÂºF - 375 ÂºF.










 








Novel targeted therapies to overcome imatinib 

shRNA approach. Lentivirus-based vectors may be suitable because they are able to infect target cells with high efficiency and are generally safe to use. 5.1.3.










 








regulation of gene expression 

the regulation of development in fruit flies. FIGURE 28â€“12 Zinc fingers. Three zinc fingers (gray) of the regula- tory protein Zif268, complexed with DNA (blue and ...










 








marqueurs moleculaires et therapies ciblees exemple 

The regular type of help documentation is really a hard copy manual that's printed, nicely bound, ... And in order to fix this problem, writers can try and employ ...










 








Novel targeted therapies to overcome imatinib 

In many model sys- tems, BCRâ€“ABL completely abrogates growth factor depen- ...... FTIs of this group that are under investigation in hemato- logic malignancies ...










 








comprendre et pratiquer les therapies dbid vdm 












 








maintenance and gene 

Film sheet, English. 2006 MINI Cooper S. 2007 GENERAL INFORMATION Maintenance and General Information - Special Tools - Cooper. Microsoft ...










 








les therapies de couple et famille modeles 

Are you looking for les therapies de couple et famille modeles empiriquement valides applications cliniques emotion PDF?. If you are areader who likes to ...










 








GENE RAl E 

EN CE QUI CONCERNE L'APPLICATION DE LA. DECLARATION ... statut politique et poursuivent librement leur dÃ©veloppement Ã©conomique, social et culturel,.










 








best of des therapies remarquables french pdf 

Legal best of des therapies remarquables french eBook for free and you can read online at Online Ebook Library. Get best of des therapies remarquables french ...










 








apprendre a soigner les depressions avec therapies 

Are you looking for apprendre a soigner les depressions avec therapies comportementales et cognitives psychotherapies PDF?. If you are areader who likes to ...










 








four minutes 

In the midst of the upheaval, Jenny's father JOACHIM VON LOEBEN (Vadim Glowna), a rich public prosecutor, ... Father and daughter have one last frank.










 








install radial shaft ... - Four by Four Club 

Aug 31, 1998 - output flanges, these instructions only describe ... D-81925 Munich ... Shift manual or automatic transmission to neutral position, shift transfer ...










 








Modeling of Optimal Targeted Therapies using Drug ... - dfolio(at) 

2, pp. 94â€“100, 2015. [8] R. Salem and K. Thurston, â€œRadioembolization with 90yttrium mi- crospheres: A state-of-the-art brachyterapy treatment for primary and.










 








PC3 gene: genomic structure, transcriptional 

manner to well defined DNA elements and induces the tran- scription of genes residing in the ... Abbreviations: BS, binding site; PCR, polymerase chain reaction;. EMSA .... gene were amplified with primers and conditions described in Table 2.










 








four burrow 

AWESOME TUNES (IRE). CARRAIG THUATHAIL (IRE). DAYLAMI DAYS (IRE). DRIVING WELL (IRE). GO ODEE GO (IRE). IRONWIL (IRE). THE OVERFLOW.










 








Four from Cormyr.pdf 

Each is an item of power in its own rightâ€”and the power of all four items ..... escaped from the holding area, planning to meet back up with his ...... Azoun is worried about his line of succession. He ...... roil overhead, promising rain. A glint 
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