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Congenital factor VIl deficiency: therapy with recombinant activated factor VI

— a critical appraisal
G. Mariani, B. A. Konkle and J. Ingerslev
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Table 4. Compassionate and emergency use programmes — exposure to rFVIla.

Bleeding severity™

Severe Mild/moderate Other Total

No. of treatment episodes 31 6 671
Average dose per injection per treatment episode (ug kg™')

Median 21 31 22

Range 6-98 9-91 22-85 6-98
Total dose per treatment episode (mg kg™)

Median 0.035 0.324 1.087 0.300

Range 0.018-4.800 0.009-2.945 0.420-2.258 0.009-4.800
Treatment duration (days)

Median 0 2.6 55 2.3

Range 0-50.8 0-13.9 2-28 0-50.8
Total no. of injections

Median 1 35 10

Range 1-124 1-112 13-102 1-124
Mean no. of injections per day

Median 4 5 4

Range 1-8 1-13 3-7 1-13

*Bleeding episodes were classified as severe (CNS, life- and limb-threatening/CNS, internal bleedings, recurrent joint bleedings), mild/
moderate (surgery, single joint bleedings, muscle bleedings) or other (other and unknown).
tTwo patients were treated for both an acute bleeding and a surgical procedure during the same treatment episode.
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Table 5. Compassionate and emergency use programmes — effic-
acy of recombinant activated factor VII (rFVIla) in patients with
congenital FVII deficiency.

Non-surgical bleeding

episodes
Surgery  CNS Joint Other*  Total
Effective 25 11 20 6 62
Partially effective 0 2 0 1 3
Ineffective 0 1 0 0 1
Othert 0 0 0 2 2
Data not collected 1 0 0 0 1
Total 26 14 20 9 69
Effective (%) 25/26 (96) 37/43 (86) 62/69 (90)

CNS, CNS and life-limb threatening/CNS.

*Qther represents muscle and internal bleeding episodes as well as
‘other’.

tFor two patients, outcome was reported only as ‘died’. For one of
these patients, outcome of the rFVIla treatment was later reported
as successful by the investigator. Outcome of rFVIla treatment for
both patients was therefore listed as ‘other’.
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