Australian Government

Department of Health
and Aged Care

Life Saving Drugs Program (LSDP)
Initial application form for subsidised treatment for
infantile-onset or late-onset Pompe disease

About this Program

The LSDP is administered by the Department of Health and
Aged Care (the Department). Access to treatment for Pompe
disease is provided in accordance with the Guidelines for the
treatment of infantile-onset or late-onset Pompe disease
through the Life Saving Drugs Program (the Guidelines).

Itis recommended that you read the Guidelines before
completing this application form.

Patient Administration

Patient applications are processed within 30 calendar days of
receipt of all the required information to support the
application.

Should subsidised treatment be approved, it is the
responsibility of the treating physician to ensure that the
patient/patient's family is informed of:

a) Treatment arrangements, including approved dose

b) The requirement to submit a reapplication for subsidised
treatment through the LSDP by 1 May each year to request
ongoing subsidised treatment

¢) The requirement to notify the LSDP in writing immediately if
a change to the treatment location is planned, and

d) The requirement to notify the LSDP in writing immediately if
treatment is ceased.

Filling in this form

The application form must be filled out by a treating physician
with relevant specialist registration, with the consent of the
patient or their parent/guardian. The patient or their parent/
guardian is required to sign the application form to provide
consent to the Department to collect personal information.

Please complete electronically, print and sign; or if completing
by hand use black or blue pen and print in BLOCK LETTERS.

All pages of this application form must be completed and
submitted. Incomplete applications will not be processed.

Page 1of5

Information Requirements

All assessments to support eligibility, excluding genetic
testing, must have been undertaken within the 12 months
prior to the date of application.

For more information

For more information go to the LSDP website:
www.health.gov.au/lsdp

If you need assistance completing this form or for more
information call (02) 6289 2336, Monday to Friday,
between 9.00 am and 5.00 pm, Australian Eastern Time.

Submitting your form

Send the completed application form and all relevant
attachments:

By email to: Isdp@health.gov.au
By fax to: (02) 6289 8537
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Privacy notice

The Department is collecting personal information about the patient
identified on this application form to process this patient's initial
application to receive subsidised treatment through the LSDP. If
subsidised treatment through the LSDP is approved, the Department
will continue to collect personal information about this patient in
order to process a confirmation of ongoing eligibility.

If all of the personal information required is not provided, the
Department will not be able to process the initial application to
confirm eligibility to receive subsidised treatment through the LSDP.

The Department will disclose personal information to this patient's
treating physician, pharmacists, clinic nurses and other health care
professionals who may be involved in the administration of this
patient's treatment.

The Department will disclose this patient's personal information
including Medicare number to Services Australia in order to confirm
Medicare eligibility and permanent Australian residency
requirements.

'De-identified’ personal information will be used for the purpose of
the evaluation of the LSDP, which may include the provision of these
data to third parties contracted by the Department for this purpose.

The Department has an Australian Privacy Principles (APP) privacy
policy which can be read at
www.health.gov.au/resources/publications/privacy-policy

The Department can be contacted by telephone on
(02) 6289 1555 or freecall 1800 020 103 or by using the online
enquiries form at www.health.gov.au

A copy of the APP privacy policy can be obtained by contacting the
Department using the contact details set out above. The APP privacy
policy contains information about:

- how to access personal information the Department holds and how
to seek correction of it; and
- how to complain about a breach of the APP.

The Department is unlikely to disclose personal information to
overseas recipients.

Patient's details

Medicare care number

Ref no.

[]

Mr D Mrs |:|

Given Name

Miss|:| Ms |:| Other

|

Family Name

Residential address

Suburb State Post Code

Date of Birth

Page 2 of 5

Consent to collection of sensitive information for
treatment and after cessation of treatment

I consent to the Department collecting genetic and health information
about the patient identified on this application form for the purpose
indicated above.

I consent to the Department requesting and obtaining sensitive
information and supplemental information from the treating
physician regarding the reason(s) for ceasing treatment including
cause of death, if applicable.

If this information is not able to be obtained from the treating
physician, I consent to the Department requesting and obtaining this
information from other Government agencies and non-government
organisations.

The information collected in this process is for the purpose of
determining the cause of discontinuation of subsidised treatment.

Continuing eligibility for subsidised treatment for
infantile-onset or late-onset Pompe disease through
the LSDP

[understand that:

- ifI/the patient fail to comply with the associated monitoring and
assessment requirements, without an acceptable reason to do
so, [/the patient will no longer be eligible to receive subsidised
treatment through the LSDP.

- if treatment does not resultin a clinically meaningful effect,
subsidised treatment through the LSDP may be discontinued.

Signature

Patient [ ]

Parent [ |

Full name (print in BLOCK LETTERS)

Guardian [ |  (tick one only)

Date
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Treating physician's details Pharmacist's details

Prescriber number Given name

Family name
Given name |

Work phone number
Family name |

Email address

Work phone number

Hospital/Department

Mobile phone number |

Delivery address (for LSDP stock)

Email address |

Suburb State Post Code

Hospital/Department | | |

Secondary pharmacy contact's details
Postal address

Given name
Suburb State Post Code |

Family name
Clinic nurse's details Work phone number
Given name |

Email address
Family name

Dosing details

Work phone number

Generic name of medicine requested:

Email address

Patient's weight
Hospital /Department | 8 |

Dosage of medicine requested:
Postal address | mg | vials
Suburb State Post Code
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Eligibility confirmation checklist

To qualify for LSDP subsidised treatment, all of the
following initial eligibility requirements must be met.

The treating physician must initial the boxes to
confirm that the requirement is met.

1a. The patient is aged up to 24 months and has a

documented diagnosis of infantile-onset Pompe disease.

OR

1b. The patient is aged over 24 months and has a
documented diagnosis of late-onset Pompe disease.

2a. The patient has a documented deficiency of acid-
glucosidase by prenatal diagnosis using chorionic villus
biopsies and/or cultured amniotic cells.

OR

2b. The patient has at least 2 of the 3 confirmatory
diagnostic tests (see i, ii and iii below) from a NATA
accredited laboratory:

i) Documented deficiency of acid alpha-glucosidase
in a dried blood spot, or lymphocytes, or mixed
leukocytes, or skin fibroblasts, or skeletal muscle.

ii) Documented urinary tetrasaccharide testing
indicating a diagnostic elevation of glucose
tetrasaccharides.

iii) Documented molecular genetic testing
indicating a disease-causing mutation in the acid
alpha-glucosidase gene (GAA gene).

3. Patients 18 years and over must also present with
at least one of the following criteria:

i) Respiratory function test.
Patients with FVC, both supine and erect, less than
80% of predicted value.

ii) Sleep disordered breathing.

Patients with an apnoea / hypopnoea incidence of
>5 events / hour of total sleep time or more than
2 severe episodes of desaturation (oxygen
saturation <80%) in an overnight sleep study.

iii) Significant muscular weakness.

Patients with significant muscular weakness as
evidenced by MMT (employing the MRC score) of
4 or less in either limb girdle accompanied by a
6MWT.

4. The patient is not a current smoker.

5. The patient is not on long-term invasive ventilation
for respiratory failure prior to starting enzyme
replacement therapy (ERT) which indicates a disease
severity that will not benefit from treatment.

6. The patient does not have another life threatening or
severe disease where the prognosis is unlikely to be
influenced by ERT.

7. The patient does not have another medical condition
that might reasonably be expected to compromise a
response to ERT.

8. I have advised the LSDP if the patient is participating
in a clinical trial.

Data requirement checklist

9. ' have provided a clinic letter outlining the
patient’s recent medical and surgical history and
general description of their health status.

10. I have provided copies of all relevant reports and
the completed Excel spreadsheet for infantile-onset or
late-onset Pompe disease.
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Treating physician's declaration

I confirm that:

[ am the treating physician of the patient as stated in this form,
and have relevant specialist registration. I hereby apply for
Australian Government subsidised access to treatment for
infantile-onset or late-onset Pompe disease through the LSDP
on behalf of my patient.

I declare that:

- Theinformation provided in this form is complete and
correct.

- To the best of my knowledge, my patient is eligible to
receive subsidised treatment for infantile-onset or
late-onset Pompe disease through the LSDP in accordance
with the Guidelines.

- I am aware that the patient must be an Australian citizen
or permanent Australian resident who qualifies for
Medicare.

Iunderstand that:

- I'have an ongoing obligation to ensure that my patient
continues to meet the eligibility criteria to receive
subsidised treatment through the LSDP.

- Making a false or misleading declaration is a serious
offence and may lead to further investigations.

- I must submit a separate reapplication for subsidised
treatment through the LSDP by 1 May each year if | wish for
my patient to continue to receive subsidised treatment.

I agree that:

If [ become aware that my patient no longer meets the
eligibility criteria for subsidised access to treatment through the
LSDP at any time, I will notify the LSDP immediately.

Treating physician's full name

Treating physician's signature

Date
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