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5.1 Pharmacodynamic properties 5.1 Pharmacodynamic properties
5.PHARMACO
Among all patients, statistically Among all patients, statistically LOGICAL
significant mean increases from significant mean increases from PROPERTIES
treatment baseline (TKT024 baseline for treatment baseline (TKT024 baseline for
TKT024 idursulfase patients and Week TKTO024 idursulfase patients and Week 5.1
53 baseline for TKT024 placebo patients) 53 baseline for TKT024 placebo patients) Pharmacodynam

were seen in the distance walked 6MWT
at the majority of time points tested, with
significant mean and percent increases
ranging from 13.7m to 41.5m and-from
6:4%to-11-7% (maximum at Month 20)
and from 6.4% to 13.3% (maximum at
Month 24) respectively. At most time
points tested, patients who were from the
original TKT024 weekly treatment group
improved their walking distance to a
greater extent that patients in the other 2
treatment groups.

Statistically significant increases from
treatment baseline in absolute FVC volume
were seen at most visits for all treatment
groups combined and for each of the prior
TKTO024 treatment groups. Mean changes
from 0.07 1 to 0.31 | and percent ranged
from 6.3% to 25.51% (maximum at Month
30). The mean and percent changes from
treatment baseline were greatest in the
group of patients from the TKT024 study
who had received the weekly dosing,
across all time points.

were seen in the distance walked 6MWT
at the majority of time points tested, with
significant mean and percent increases
ranging from 13.7m to 41.5m and from
6.4% to 11.7% (maximum at Month 20).
At most time points tested, patients who
were from the original TKT024 weekly
treatment group improved their walking
distance to a greater extent that patients
in the other 2 treatment groups.

Among all patients, mean % predicted
FVC was significantly increased at Month
16, although by Month 36, it was similar
to the baseline. Patients with the most
severe pulmonary impairment at baseline
(as measured by % predicted FVC)
tended to show the least improvement.

Statistically significant increases from
treatment baseline in absolute FVC
volume were seen at most visits for each
of the prior TKT024 treatment groups.
Mean changes from 0.07 | to 0.31 | and
percent ranged from 6.3% to 25.1%
(maximum at Month 30). The mean and
percent changes from treatment baseline
were greatest in the group of patients
from the TKT024 study who had received
the weekly dosing, across all time points.
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and other handling
Each vial of Elaprase is intended for
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single use only and contains 6 mg of
idursulfase in 3 ml of solution. Elaprase
is for intravenous infusion and must be
diluted in sodium chloride 9 mg/ml (0.9%)
solution for infusion prior to use. Itis
recommended to deliver the total volume
of infusion using a 0.2 um in line filter.
Elaprase should not be infused with other
products in the infusion tubing.

Determine the number of vials to be
diluted based on the individual
patient’s weight and the
recommended dose of 0.5 mg/kg.

- Do not use if the solution in the vials is
discoloured or if particulate matter is
present. Do not shake.

- Withdraw the calculated volume of

Elaprase from the appropriate number of

vials.

- Dilute the total volume required of
Elaprase in 100 ml of 9 mg/ml (0.9%)
sodium chloride solution for infusion.
Care must be taken to ensure the
sterility of the prepared solutions
since Elaprase does not contain any
preservative or bacteriostatic agent;
aseptic technique must be observed.
Once diluted, the solution should be
mixed gently, but not shaken.

Any unused medicinal product or waste
material should be disposed of in
accordance with local requirements.
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diluted in sodium chloride 9 mg/ml (0.9%)
solution for infusion prior to use.

- Determine the number of vials to be
diluted based on the individual
patient’s weight and the
recommended dose of 0.5 mg/kg.

- Do not use if the solution in the vials is
discoloured or if particulate matter is
present. Do not shake.

- Withdraw the calculated volume of

Elaprase from the appropriate number of

vials.

- Dilute the total volume required of
Elaprase in 100 ml of 9 mg/ml (0.9%)
sodium chloride solution for infusion.
Care must be taken to ensure the
sterility of the prepared solutions
since Elaprase does not contain any
preservative or bacteriostatic agent;
aseptic technique must be observed.
Once diluted, the solution should be
mixed gently, but not shaken.

Any unused medicinal product or waste
material should be disposed of in
accordance with local requirements.
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