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Advanced Therapy Medicinal
Products - ATMPs in Brazil: an
overview and pricing strategies
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ATMPs companies revenue

Carvykti citacabtageno Janssen - Cilag
autoleucel Farmacéutica €  406.683,26
Kymriah tisagenlecleucel Novartis
Biociéncias S.A £ 279.489,47
Luxturna voretigeno Novartis
neparvoveque Biociéncias S.A €  307.759,55
Zolgensma onasemnogeno Novartis
abeparvoveque Biociéncias S.A € 1.443.667,25
Yescarta axicabtagene Laboratdrio Kite
ciloleucel € 31494151
Tecartus brexucabtageno Gilead Sciences
autoleucel Farmaceutica do
Brasil Ltda.
3 279.489,34
Elevidys** delandistrogeno Produtos Roche
moxeparvoveque Quimicos e
Farmacéuticos S.A. € 2.521.838,75

Source: Federal Government
*Currency Exchange: €1,00 = R$6,00
**Registration cancelled by Anvisa.
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2023 2024 2025
Category Revenue 2025 (EUR) 2024x2025 (Growth)
Al € 30.466.702.722,05 13.73%
Biological €  9.503.056.987,70 17.52%
Specific (some vitamins, minerals and others classified as medicing €  1.825.732.464,51 6.95%
Phytotherapeutic € 157.290.236,45 14.40%
Generic €  4.196.701.484,13 16.74%
New € 10.109.230.315,68 14.16%
Branded generics €  4.522.271.949,83 3.78%
ATMPs and Radiopharmaceuticals € 152.419.283,74 202.75%

Source: https://www.gov.br/anvisa/pt-br/assuntos/noticias-anvisa/2026/cmed-divulga-9deg-edicao-

do-anuario-estatistico-do-mercado-farmaceutico
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		Category		Revenue 2025 (EUR)		2024x2025 (Growth)

		All		€    30,466,702,722.05		13.73%

		Biological		€    9,503,056,987.70		17.52%

		Specific (some vitamins, minerals and others classified as medicines		€    1,825,732,464.51		6.95%

		Phytotherapeutic		€    157,290,236.45		14.40%

		Generic		€    4,196,701,484.13		16.74%

		New		€    10,109,230,315.68		14.16%

		Branded generics		€    4,522,271,949.83		3.78%

		ATMPs and Radiopharmaceuticals		€    152,419,283.74		202.75%






Judicialization impact

* The judicialization of healthcare puts pressure on the
public budget and threatens the sustainability of the
systems.

e €450 million* in 2024 was spent on fewer than 6,000
patients.

+»* Elevidys case: € 250 million* to comply with 55
lawsuits:
» 38 had the same prescribing physician;
» 35% of the lawsuits involved patients outside
the age range indicated in the drug's leaflet.

e Judicialization can become a market strategy, creating a

"parallel path" for commercialization.

*Currency Exchange: €1,00 = R$6,00

Chart 1 - Health Budget for medicines and federal government spending on litigation
- Values in billions of reais (RS), updated to 2024
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Source: https://www.gov.br/anvisa/pt-
br/assuntos/medicamentos/cmed/Regulacao/arquivos/Relatriode
AIRDemandaslJudiciais.pdf/@ @display-file/file
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Projected budgetary impact of ATMPs in the Unified Health System (2024 — 2029)

Projection of total population, live births, eligible patients and Official Inflation rate

Population 205.198.287 206.265.318 207.337.898 208.416.055 209.499.818 210.589.218
Live Births 2.573.634 2.587.017 2.600.469 2.613.991 2.627.584 2.641.248
Official inflation rate (IPCA) 391% 3,50% 3,50% 3,50% 3,50% 3,50%
Conservative 1.595 1.603 1.611 1.620 1.628 1.637
Eligible Patients Moderate 1.782 1.791 1.800 1.810 1.819 1.829
Aggressive 2.143 2.154 2.166 2177 2.188 2.200
Case ii - Incorporation ofCase iii - gradual
Case i - immediatelall ATMPs one year afterjincorporation of ATMPs one
S ¢c e n a r i olincorporation of all ATMPs*a n a | y s e s *year after analyses*
Conservative € 4,72 | € 4,68
Moderate € 5,92 |€ 5,85 | € 3,48
Aggressive € 8,78 | € 5,23

*Billion Euros

Currency Exchange: €1,00 = R$6,00

Source: Araujo DV, Sachetti CG, Carvalho ACC, Oliveira G, Saqueto L, Pelizzaro A, Ma cedo A, Mussi JP, Heck MP, Maia JP. Impacto
Orcamentdrio dos Produtos de Terapias Avancadas no Sistema Unico de Saude. JAFF [Internet]; 2024; 9(3): doi: 10.22563/2525-

7323.2024.v9. n.3. p.72-84
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Pharmaceutical assessment flow chart in Brazil

O Incorporation to the Unified Health System
(SUS)/Conitec/DLOG

Cost-effectiveness

Cost-minimization

Cost-opportunity

f| Pricing/CMED

Comparative effecetiveness
(superiority)

2 Budget Impact
By Marketing Comparative benefit : .
| Authorisation/Anvisa External Reference Pricing
0] Efficacy Internal Reference Pricing
- Safety

Quality

: BJ;@’””KllarketinglCummerciaIisation
w;&ry Public sector

Private sector
Consumers/ANS
Pharmacovigilance/Anvisa

. Post-marketing economic

h

| monitoring /CMED/Conitec
® Health Technology Assessment

Health regulation of medicines
Economic regulation of medicines
Incorporation of Technologies

9 Research, Development and
Innovation

Basis research
Nonclinical studies
Clinical studies

ANS: National Agency of Supplementary Health; Anvisa: National Health Regulatory Agency; CMED: Drug Market Regulation Chamber; Conitec: National Committee for Health Technology Incorporation to the
Unified Health System; DLOG: Logistics Department/Ministry of Health; SCMED: Executive secretariat of CMED; SUS: Unified Health System.

Modified from: Brummell AMI, Ronchini MAK, Pingret-Kipman D, Rego FM, Santana IR. Pharmaceutical pricing and reimbursement policies. 4 PPRI Conference Medicines Access Challenge. Vienna, Austria. 2019.
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Types of Advanced Therapy Products

l Advanced cell 1 Gene therapy 11 Tissue engineering
*  therapy products * products * products
Therapies that use living cells Therapies that deliver genetic Engineered tissues and scaffolds
to repair, replace or regenerate material to modify gene expression that restore, maintain or improve
tissues and organs. or correct genetic defects. ‘ tissue function.

Viral vector
~— with therapeutic
gene

CART cells

Cell Therapy Product  § 1

Harvesting,
expansion and
reinfusion of cells

Cells + scaffold
= new tissue

Gene Vector Target cell
(therapeutic) (delivery) (modification)
-

L 4
Stem cells T cells Immune cells Bone Cartilage Skin Heart

(e.g., CAR-T)
|
‘ _

Source: Resolugdo da Diretoria Colegiada - RDC n2 505, de 27/05/2021
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ATMPs pricing currently

Our new regulation (RESOLUCAO CM/CMED N2 3, DE 29

DE DEZEMBRO DE 2025) does not comprise specific
requirements or calculation method for ATMPs pricing.
Currently, ATMPs are framed as Omitted cases* by the
new regulation until a specific regulation for ATMPs
pricing is published.
» That brings uncertainty and less predictability to
companies;
» Discourage Investments;
» Late launching;
» On the other hand, we have more flexibility to
define the best technique for pricing calculation,
such as:

v
v
v

Value-based techniques;

ERP;

Cost of treatment if a national comparator
is available.

*Omitted cases: Cases not covered by the standard pricing

categories
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7 New ATMPs pricing regulation (in progress)

1. CMED has published a call for contributions on ATMPs pricing
(Edital de Chamamento 01/2025): from feb/10th to mar/28th.
* Obijective: to collect data, information, opinions, and
suggestions regarding pricing criteria for ATMPs;
* Targeted stakeholders: healthcare professionals,

patients, pharmaceutical industry representatives, ) ‘ , 8§ . = g.f\lE .

researchers, government entities and all other clE TR = REGULATORY

interested parties; R - & me LA FRAMEWORK ~ 4
* Pricing advanced therapies involves specific challenges *‘*""\‘\ ) R PREDICTABLE) R |

and directly impacts the viability of these treatments.
Thus, contributions from society will help build an
appropriate regulatory instrument, promoting a more
transparent, participatory and innovation-friendly
regulatory environment.

2. We've promoted a workshop, in March 2026, to present and
discuss value-based pricing approaches for ATMPs, such as
the Pharmaceutical Innovativeness Index (PIl) and the
efficiency frontier;

3. A working group was created to discuss alternatives, to draft
a proposal and to promote regulatory impact analyses. A
public consultation is planned for late this year.
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https://www.in.gov.br/en/web/dou/-/edital-de-chamamento-n-1-de-6-de-fevereiro-de-2025-611540587
https://www.in.gov.br/en/web/dou/-/edital-de-chamamento-n-1-de-6-de-fevereiro-de-2025-611540587
https://www.in.gov.br/en/web/dou/-/edital-de-chamamento-n-1-de-6-de-fevereiro-de-2025-611540587
https://www.in.gov.br/en/web/dou/-/edital-de-chamamento-n-1-de-6-de-fevereiro-de-2025-611540587

HTA Criteria Under Discussion

* More important than ever!!

e Criteria being discussed:

| — Added Therapeutic Value (ATV);

Il - Unmet therapeutic need (UTN);

lIl - Existence of therapeutic alternatives;

IV - Methodological quality and risk of bias in the
evidence;

V - Design of scientific studies;

VI - Efficiency gains for the health system, through the
reduction of costs associated with treatment
administration;

VII - Accessibility;

VIII - Epidemiological data;

IX - Innovative activity; and

X - Other therapeutic, social, economic, structural,

organizational, individual, or ethical factors, provided they
are adequately justified, relevant, and consistent with the

analysis of the case in question.
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Z Pricing strategies being discussed

Approaches under discussion:
External Reference Pricing (ERP); __
Value-based methodologies: By,
» Pharmaceutical Innovativeness Index (PII)
and the efficiency frontier;
Price revisions;
pharmacoeconomic analysis:
» cost-effectiveness;
» cost-minimization;

it ACEU‘IIGAI. INNOVATIVENESS
e N'I;E)'(‘x?ll) AND EFFICIENCY FRONTIER

PRICING (ERP)

() MANAGED ENTRY AGREEMENTS

o puscmmslons € PHARMACOECONOMIC ANALYSIS [MEA) & PROVISIONAL PRICES

COST- EFFECTIVENESS COST-MINIMIZATION
] / N /

PROVISIONAL RISK-SHARING

PRICES AGREEMENT (RSA)
» cost-utility; and e e '*®
CHANGES MuNITORIMG §®

» cost-benefit studies
Cost of treatment;
Managed entry agreements (MEA) and
provisional prices;
Risk-sharing agreement (RSA)

OUTCOMES-BasED [ &
PAYMENTS / v
’:‘
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External Reference Pricing - ERP aspects

* Our Basket: South Africa; Germany; Australia;
Canada, Spain, United States, France, Greece, Italy,

Japan, Mexico, Norway, Portugal, United Kingdom EXTERNAL REFERENCE PRICING
and the Origin. FOR MEDICINES
* It must have price at least in 4 countries, Recuuarons = ey (| meseALAS

ACCESS | -

otherwise a provisional price is established and 7 : ' [ ocame
revised every year at least. _ A YR = | =
* The lowest price at the ex-factory price level. ‘ AN
% External reference pricing relies on published : -\ RS — e
list prices. =gl |
¢ List prices may differ substantially from net
prices after discounts and negotiations. REGULATORY
*» These differences limit how well reference
prices reflect actual expenditure.
¢ Pricing decisions should account for this

limitation.

BASED ON ERP

S~ »—x:%kl-

HOSPITAL

AFFORDABILITY
TRACKING
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Managed Entry Agreements — MEA

* Anvisa: Conditional marketing
authorization requires the submission
of additional evidence.

 CMED: A provisional price may be

MANAGED ENTRY
&~ AGREEMENTS =
(MEAS)

: . . . ancm_ OUTCOMES-BASED | -
established when information needed D, e Pl s V| et
for definitive pricing is not yet e o P‘*pz":.::: uz:ﬁﬂ?u:zzm‘;”d

P g y

available. .

« Conitec and Ministry of Health: » @ %
Managed entry agreements may d T e

. . . DEVELOPMENT (CED) SCHEMES (PAS)

support ea rlier access within our e . _'**““““"““*“““"’“”"“’“”“‘*
Unified Health System while Geperatesalwarldevidence  PAIDOR/HEALTH SYSTEM PHARMACEUTICAL e L
addressing clinical or financial L ACILITATING INNOVATION, § NT ACCESS
uncertainties.
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* Risk Sharing Agreements — RSA are being developed by
Conitec and Health Ministry. That was first tested for Spinraza
(nusinersen) for the treatment of Spinal Muscular Atrophy
(SMA 5q) and, more recently for Zolgensma (onasemnogeno
abeparvoveque).

* Some terms of the agreement:

% Partial payment spllitted in 5 Years (20% per

year);

s Refunds, rebates and payment suspension if
patients fail to respond or disease progresses
(Performance-Based);

% Companies must cover additional costs, if the
number of patients surpasses the number
previously informed.

» Advantages:

¢ Early Access: Patients get innovative, high-cost
therapies faster before long-term data is fully
established.
¢ Budget Control: Payers reduce the financial risk
of paying for ineffective treatments.

¢ Real-World Evidence: Encourages tracking actual
drug performance outside controlled clinical
trials.

THE IMPACT OF PHARMACEUTICAL RISK SHARING AGREEMENTS: '

ACCELERATED ' \ BU’”SK MITIGATION &y J - ) :W VALUING HEM""i B\x
PATIENT ACCESS L YDGET pReDICTABIL EVIDENCE (RWE) OVATION SUSTAINA
EARLIER ACCESS TO REDUCED FINANCIAL POST-MARKET SYSTEM SUSTAINABILITY
INNOVATIVE THERAPIES RISK FOR PAYERS DATA COLLECTION

Mitigates delays caused by Payment linked to real-world
reimbursement uncertainties outcomes, not just volume,
for high-cost drugs. leading to sustainable spending.

Continuous monitoring creates
a rich database of effectiveness
and safety in the broader
population.

Rewards true therapeutic value,
fostering long-term innovation

& REWARDING SUCCESS
and resource allocation.
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Value-Based Pricing: The Pharmaceutical Innovativeness Index (Pll) and Efficiency

Frontier

Preparation Steps Dormaing and Criteria
e = 6,000, 000 Reuestid price ! =l
Dafinition of the l '
technology under
avaluation
Definition of the [ mf:'ﬂtgnmt
specific clinical Unmet Therapautic
candition Meads (UTH} MDdE‘I’aiB :
* Pub’SEII'It 8 (W01, 00D < .II.F:E
1 = : F
Definition of chinically st = el
relevant gulcomes Added Therapeutic Mudpual'"a'l.an g P o
J Value (ATV) 1
#
i *‘ Abssn: E »
- -
Definition of the L -ﬂ-d E ¥
perspective of analysis? equate 2 Ca0H, oD 7
s Study Design Partially adequate 5 Sugpested price base on - -
* Inadequate innovativeness scoreand L . 7
l £F method 36
Identification of I Low risk of blas R
therapeutic atternatives Methodological Quality Some concarns -
| L High risk of blas L= quI
S 2 =
Oat b Innovativeness Score
tu_1gu] 0 F 1] 1]
1 Al &L B0 i
Pharmaseutical Innovatianess Indix (Fl) soone

Source: Gargano,L.P.; Borin, M.C.; Prata, W.M.; Alvares-Teodoro, J.; Acurcio, F.d.A.; lunes, R.F.: Guerra, A.A., Jr. The Pharmaceutical

Innovativeness Index: Supporting Value-Based EconomicRegulationof Innovative Medicines. J. Mark. Access Health Policy 2025, 13, 60.
https:// doi.org/10.3390/jmahp13040060
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Health Regulation Specialist (ANVISA/BRAZIL)
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