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Definitions

Expanded Access Program: program that provides access to new and promising drugs that
are not registered with ANVISA or commercially available in Brazil, or are still under ongoing or
completed phase III clinical studies, and that are intended for a group of patients with serious
and/or life-threatening diseases and there is no satisfactory alternative treatment with
registered products on the market.

Post-study Drug Supply Program: free availability of a drug for research subjects. This is applicable when
the participation of patients in clinical study is terminated because of the closure of the clinical study

Compassionate Use Program: program that provides access to new and promising drugs that
are not registered with ANVISA or commercially available in Brazil or being investigated in
clinical trials, to patients for personal use who are not participating in the expanded access
program, but have serious and/or life-threatening debilitating diseases and there is no
satisfactory alternative treatment with registered products in the country.



Institutions Involved in the Process

Ministry of Health

Brazilian Health Surveillance 
Agency

(ANVISA)

General Management of 
Drugs and Biological Products 

(GGMED)

ANVISA:
promote the protection of the health of the
population through the sanitary control of the
production and consumption of products and
services subject to sanitary surveillance, including the
environments, processes, inputs and technologies
related to them.

GGMED:
Coordinates, supervises, controls and evaluate the
activities related to the registration and post-
registration, inspection, norms and standards
establishments, quality, safety and efficacy
concerning the sanitary surveillance of active
pharmaceutical inputs, drugs (including
radiopharmaceuticals), biological products and
clinical research in drugs involving humans.



Sponsor Responsibilities

 Provide the full drug treatment free of charge to patients as long as there is benefit those patients,
at the physician's discretion;

 Be responsible for the product to be used in the programs, keeping it properly stored until its
distribution;

 Not commercialize the drug that is the object of the programs;

 Monitors and records all products delivered and perform physical inventories of the products in
their storage for possible inspection by ANVISA;

 Notify ANVISA of any serious adverse events within a maximum of 15 (fifteen) calendar days as he
comes aware of the event, except in cases involving death of the patient, when the notification
should occur at the latest within a maximum of 7 (seven) calendar days;

 Provide the financial resource of comprehensive care for complications and/or injury arising from
expected and unexpected risks related to the use of the drug.



Physician Responsibilities

 Formally request the product to the sponsor for each patient to be treated, justifying its use

through the medical report;

 Properly storing the medicinal product according to the manufacturer’s instructions;

 Notifying the sponsor of the occurrence of serious adverse events within 24 (twenty-four)

hours as he becomes aware of the event;

 Provide the sponsor with the documentation necessary for monitoring the programs;

 Assume responsibility for medical care in the event of complications and/or injury arising from

the expected and unexpected risks related to the use of the drug.



Program Registration Process

 The programs require prior approval by Anvisa . After evaluation of the application, Anisa can 
issue the following after reviewing the submitted technical information:

 Special Notice for Expanded Access (CEE-AE)

 Special Notice for Compassionate Use (CEE-UC)

 Letter authorizing the provision for Post-Study Drug Supply Program.

 For the Expanded Access and Compassionate Use program:

 The supply of the authorized drug must be guaranteed as long as there is benefit to the 

patient, at the medical discretion.

 The safety data collected during those programs does not replace clinical trials for drug 
registration.

 Those programs should not delay the performance of the clinical trials.



Program Registration Process
Step 1:
Request for registration in the program made by the sponsor or the sponsor’s representative organization to Anvisa, by 
submitting all the documents required for each program.

Step 2:
Anvisa evaluation of the technical information.

Step 3: 
• If the documentation meets the requirements of RDC 38/2013, Anvisa issues the Special Notice (Expanded Access or 

Compassionate Use) or the Letter (Post-study Drug Supply).

• If the documentation does not meet the requirements of RDC 38/2013, Anvisa sends a deficiency letter, which must be 

responded to within 120 days with the necessary documentation or explanation.

• If the requirement has still not been met, Anvisa may reiterate the requirement or reject the application.

Requests will be reviewed according to the following criteria:
1. severity and stage of the disease;
2. absence of satisfactory alternative treatment in the country for the clinical condition and its stages;
3. clinical severity and presence of comorbidities;
4. risk benefit ratio assessment for the medicinal product requested.



Qualification Criteria for Expanded Access Program

 For this program, ANVISA’s approval is for a group of patients.

 Patients included in this program are:

 those who did not enter the trial due to a lack of access;

 who did not meet the criteria for inclusion and/or exclusion;

 for which the treating physician deems access to treatment as being necessary.

 After the approval, other participants may be included in the program.

 The drug to be made available should have at least one Phase III clinical study that is either

ongoing or completed for the same indication requested for the patients.



Content of the Application for Expanded Access Program

1. Expanded Access Program Application Form duly completed and signed by the sponsor

2. Sponsor Responsibility and Commitment Declaration Form signed by the sponsor

3. Physician Responsibility and Commitment Declaration Form signed by the responsible physician

4. The Lattes resume of the responsible physician

5. Patient Information and Compliance Statement Template

6. Estimate of the amount of the drug that must be imported, taking into consideration the expected number of subjects and the daily
dosage.

7. Protocol with the standards to be followed by physicians in the use of the product, including: 

- title of the protocol; 
- generic name, if applicable; 
- route of administration; 
- drug presentation and concentration;
- criteria for patient inclusion and exclusion; 
- dosing scheme; 
- duration of treatment;
- management of adverse events.

8. Safety and efficacy information to support the proposed use of the product, perhaps the Investigator’s Brochure, copies of reference articles 
(randomized controlled trials, non-randomized trials, case reports to consensus opinion, etc).



Qualification Criteria for Compassionate Use Program

 For this program, ANVISA’s approval is made on a personal basis and is not transferable.

 Compassionate use does not allow the formation of groups and/or inclusion of patients in the 

same request.

 The drug made available should present scientific evidence for the indication requested or

be in any stage of clinical development, provided that the initial data observed are

promising and proves the severity of the disease and the lack of available treatment.



Content of the Application for Compassionate Use Program

1. Compassionate Use Application Form duly completed and signed by the sponsor

2. Patient Submission Form duly completed and signed by the responsible physician with appropriate clinical justification,
including a description of the severity of the patient’s condition, previous treatments and reason for the unsuitability of
the products approved for use.

3. Sponsor Responsibility and Commitment Declaration Form signed by the sponsor

4. Physician Responsibility and Commitment Declaration Form signed by the responsible physician

5. The Lattes resume of the responsible physician

6. Estimate of the amount of the drug that must be imported, taking into consideration the expected number of subjects
and the daily dosage.

7. Safety and efficacy information to support the proposed use of the product, perhaps the Investigator’s Brochure, copies 
of reference articles (randomized controlled trials, non-randomized trials, case reports to consensus opinion, etc).

8. Copy of the Patient Information and Compliance Statement, signed by the patient who will benefit from the 
compassionate use or by the legal Representative.



Post-study Drug Supply Program

 The free supply of drugs after the end of the clinical trial must be made available to research 

subjects in accordance with the Resolutions of the National Health Board.

Documentation required for the application:

1. Post-Study Drug Supply Application Form duly completed and signed by the sponsor

3. Sponsor Responsibility and Commitment Declaration Form signed by the sponsor

4. Physician Responsibility and Commitment Declaration Form signed by the responsible physician

5. The Lattes resume of the responsible physician

6. Estimate of the amount of the drug that must be imported, taking into consideration the expected number of subjects
and the daily dosage.

7. Special Notice that authorized the completion of clinical research in the country.



Drug’s Importation

 The application for the Import License (LI) by the sponsor must be filed at ANVISA by filling out

the LI form provided in the Resolution - RDC No. 39 of June 5, 2008, which regulates clinical

research in the country.

Import License (LI): electronic application via Siscomex (Integrated Foreign Trade System - Import Module) by the

importer or his or her legal representative for non-automatic licensing procedures for verification of compliance

requirements for importing goods under health surveillance of ports, airports, borders and customs facilities.

 The application for the Import License (LI) may be filed along with the approval process.



Programs’ Monitoring

 The sponsor must submit to Anvisa reports on the programs on an annual basis starting from

the date of Anisa approval of the application and a final report within 90 (ninety) days after

the end of the program.

 In case of Expanded Access and Post-study Drug Supply Programs, the report should be on

the program in question and not individualized per patient.

 If treatment is discontinued before the planned period and approved by ANVISA, the sponsor

must notify the Agency and should provide the reasons of discontinuation within 60 (sixty)

days after discontinuation of treatment.



Programs’ Changes

 The sponsor shall notify ANVISA of any changes related to the programs and wait for the
Agency’s opinion prior apply the changes, except in cases related to the safety of patients,
which must be promptly notified to ANVISA;

 The notification of a change of responsible physician must be accompanied by the following
documents:

 letter with a transfer statement from the responsible physician authorized by ANVISA,

delegating the patient’s care to a new physician;

 letter from the new physician assuming responsibility of the patient’s care;

 curriculum vitae or resume of the new physician;

 signed letter from the patient agreeing to the physician change.

 The notification of change of treatment site must be instructed with a letter signed by the
patient agreeing to the change of site.



Timelines and Fees

Activities Review Timeline 
(Calendar Days)

Fees*
(Brazilian Reais)

Consent for importation of drugs intended for 
Expanded Access, Compassionate Use, Post-study 
Drug Supplies Programs and clinical trials by Anvisa

5 days There is no fee, 
they are exempt

Import License 30 days R$ 4,43 to R$ 88,65

Expanded Access Program Consent
Compassionate Use Program Consent
Post-study Drug Supply Program Consent

45 days There is no fee, 
they are exempt

* The prices depend on the economic size of the company, according to its annual revenue, and are classified by Anvisa in 6 groups.



Appendices of Resolution 38/2013

 Appendix 1: Registration Dossier Content

 Appendix 2: Expanded Access Program Form

 Appendix 3: Compassionate Use Program Form

 Appendix 4: Post-Study Drug Supply Program Form

 Appendix 5: Patient Submission Form For Compassionate Use Program

 Appendix 6: Sponsor Responsibility and Commitment Statement Form (for all 3 programs)

 Appendix 7: Physician/Doctor Responsibility and Commitment Statement Form (for all 3 
programs)

 Appendix 8: Form for Estimated Amount of Drugs to be Imported (for the 3 programs)

 Appendix 9:  Patient Information and Compliance Statement



References

ANVISA Website. Resolution RDC No. 38/2013. Link:
https://bvsms.saude.gov.br/bvs/saudelegis/anvisa/2013/rdc0038_12_08_2013.html

ANVISA Website. Resolution RDC No. 336/2020. Link:
https://www.in.gov.br/en/web/dou/-/resolucao-rdc-n-336-de-30-de-janeiro-de-2020-240823596

ANVISA Website. Resolution RDC No. 222/2006. Link:
http://bvsms.saude.gov.br/bvs/saudelegis/anvisa/2006/res0222_28_12_2006.html

https://bvsms.saude.gov.br/bvs/saudelegis/anvisa/2013/rdc0038_12_08_2013.html
https://www.in.gov.br/en/web/dou/-/resolucao-rdc-n-336-de-30-de-janeiro-de-2020-240823596
http://bvsms.saude.gov.br/bvs/saudelegis/anvisa/2006/res0222_28_12_2006.html

	Slide Number 1
	Table of Content
	Definitions
	Institutions Involved in the Process
	Sponsor Responsibilities
	Physician Responsibilities
	Program Registration Process
	Program Registration Process
	Qualification Criteria for Expanded Access Program
	Content of the Application for Expanded Access Program
	Qualification Criteria for Compassionate Use Program
	Content of the Application for Compassionate Use Program
	Post-study Drug Supply Program
	Drug’s Importation
	Programs’ Monitoring
	Programs’ Changes
	Timelines and Fees
	Appendices of Resolution 38/2013
	References

