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2005 | 2006 | 2007 | 2008 | 2009 | 2010 | 2011 | 2012 | 2013 | 2014 | 2015 | 2016 | 2017 | 2018 | 2019 | 2020 | 2021
ZEgEY ) 5.1 | 108 | 11.1 | 13.5 | 15.1 | 17.4 | 20.8 | 26.1 | 30.4 | 36.4 | 41.4 | 459 | 53.6 | 58.7 | 61.3 | 70.5 | 73.0
-I-BZ%:? 112% | 3% | 22% | 12% | 15% | 19% | 25% | 16% | 20% | 14% | 11% | 17% | 10% | 4% | 15% | 4%
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ODD granted Ingredient (Brand Name) @ oppgranted () Licence approval () Reimbursement effective  [iE i (mo) Price

2014/2/12 Eliglustat tartrate (Cerdelga®) @G ———() W 63 I other?
2016/1/19 Peginterferon beta-1a (Plegridy®) _} (W 58 I A10 lowest
2014/11/4 Cholic acid (CHOLBAM ©) @ e——) @ 57 | A10lowest
2015/11/6 Selexipag (UPTRAVI®) @ ): W 42 I other?
2014/12/30 Elosulfase alfa (Vimizim®) @u———()- ) 40 I A10 lowest
2015/4/21 Teriflunomide (Aubagio®) @ ———— ) 39 I other?
2013/10/7 Macitentan (OPSUMIT®) @ ) W 38 I A10 lowest
2015/8/17 Dimethyl fumarate (Tecfidera®) @uu——) O 38 I other?
2016/10/27 Alemtuzumab (Lemtrada®) @—() < 33 I other?
2018/3/12 Nusinersen (Spinraza®) (@ 28 I A10 lowest
2018/1/22 Cladribine (MAVENCLAD®) @i ) _ 24 | other
2016/10/27 Velaglucerase alfa (VPRIV®) @il o 35.5 months (median) 22 I A10 lowest
2016/5/6 Taliglucerase alfa (Elelyso®) @mmmmmmmieio) 34.0 months (average) | 35 | A10lowest
2019/1/19 Icatibant (Firazyr®) @ee——0 from ODD to Reim 17 | A10median
2016/10/27 Evolocumab (Repatha®) @i W 16 I other?
2020/8/26  Siponimod fumaric acid (Mayzent®) @i« 6 I A10 lowest
0 10 20 30 40 50 60 70 Months

Other!: propose by manufacturer (lower than A10 lowest price)

6 Other?: Treatment-course dosage ratio
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2014/09 Soliris Injection (eculizumab)-for aHUS Vv
2014/10 Soliris Injection (eculizumab)-for aHUS Vv
. . [ A A s
201
015/06 Vyndagel (Tafamidis meglumine) Vv RFISE R ]
2015/06 Juxtapid (lomitapide) Vv
2016/08 Afinitor (everolimus)-for TSC Vv
2016/12 Juxtapid (lomitapide) Vv \
2017/08 Uptravi (selexipag) V
YN
2018/12 Soliris Injection (eculizumab)-for aHUS ljﬁg%
=]
2021/12 Onpattro (patisiran) V
2021/04 Brineura (cerliponase alfa) \Y
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Features included in supplemental processes for rare diseases across the HTA

process (adapted from Nicod et al)®!

EVIDENCE submissions ASSESSMENT of the
evidence

Different requirements
far clinical submission

Different requirements

- = Earlier start
for economic submission

RDT: Rare disease treatment, WTP: Willingness to pay

APPRAISAL/

deliberative process
declslon-making

Different (appraisal)
committees

Broader consideration of
value

More leniency arcund

guality of evidence
Maore flexibility in

economic modelling

v Decision modifiers
==
D5 Different WTP
= E Alternative

reimbursement rules

PRICING,
REIMBURSEMENT of
the RDT

Disease-specific input to inform appraisal

Conditional approval

Different formulary listing

Different budget
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