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Health-related quality of life In young children with haemophilia B treated
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Objective Conclusions

m To describe the impact of once weekly 40 1U/kg m HRQoL for children treated with nonacog beta m For both children and parents, once weekly m For parents, once weekly prophylactic treatment
nonacog beta pegol, given prophylactically for 1 pegol tended to improve In key domains that treatment with 40 |U/kg nonacog beta pegol with 40 I1U/kg nonacog beta pegol improved .
yr, on health-related quality of life (HRQoL) In 8- reflect relationships with others and acceptance of maintained or Improved haemophilia-specific satisfaction with treatment efficacy and burden 53
12 yr old boys. the disease and its treatment. HRQoL of children. over the 1-yr study period. 8

|ntr0ducti0n Statistical Analyses Table 2 Description of HAEMO-QOL-II scores at baseline and Table 3 Description of HEMO-SAT scores and median

m Descriptive analyses: changes in scores calculated by median change over paradigm ™5. change over paradigm™5.

m Nonacog beta pegol is an extended half-life subtracting BL from ET; thus a negative change in score Children 8-12 yrs Parents of children 8-12 yrs
glycoPEGylated factor IX (FIX) designed to enable once Indicates improvement in HRQoL or satisfaction. HAEMO-QOL-l  Baseline  Change  Baseline  Change

Parents of children 8-12 yrs

HEMO-SAT Baseline End of trial Change

weekly prophylaxis in patients with haemophilia B.1 Median (Q1-Q3) (N=12) (N=12) (N=12) (N=12) Median (Q1-Q3) (N=12) (N=11) (N=11)
: : : 25.0 (18.2-29.6) 20.5(6.8-31.8) 0.0(-11.4-6.8
m In previously treated boys aged <12 yrs with severe Results Physical health 14.3 (10.7-25.0) -5.4 (-8.9-7.1) 19.6 (1.8-33.9) -3.6(-17.9-7.1)  £ase &convenience ( ) ( ) ( )
naemophilia B, once weekly 40 IU/kg nonacog beta el 107 (001791 36 (A4AEA 106 (719571 143 (17 086 Efficacy 16.7 (6.3-29.2) 4.2 (0.0-8.3) -5.8 (-16.7-0.0)
negol given prophylactically for 1 yr was well tolerated, Patients’ Characteristics eeling 7(0.0-17.9) 3.6 (-14.3-54) 6(7.1-35.7) -14.3(-17.9-8.9)
i i 15.6 (0.0-40.6 6.3 (0.0-18.8 0.0 (-25.0-0.0
Cbllemg.nStratted fg mdedlan Stpogtantecius a;zlnutahseg m 25 boys were included Iin paradigm™5; of whom 12 View 26.4 (8.3-33.9) 1.4 (-22.2-6.4) 26.4(15.3-30.6) -8.9 (-20.8-8.3) Burden ( ) ( ) ( )
eeaing rate or v, and mean steady state weekly troug
levels of 17%.2 were aged between 8 and 12 yrs Family 22.5 (15.0-37.5) -10.0 (-20.0-0.0) 25.0 (20.0-47.5) -10.0 (-12.5-10.0) Specialist/Nurses 0.0 (0.0-1.8) 0.0 (0.0-3.6) 0.0 (0.0-3.6)
m Characteristics of 8-12 yr old boys are presented In _ 0.0(0.00.0)  00(0.0-00) 0.0 (0.0-0.0)
Table 1. Friend 59.4 (37.5-65.6) -12.5(-18.8-0.0) 56.3 (40.6-78.1) -6.3 (-25.0-12.5) Centre/Hospital
M eth OdS Table 1 Patients’ characteristics. SPlJeg([;f)I;::ed 68.8 (46.9-100) 0.0 (-6.3-4.2) 50.0 (40.6-68.8) 0.0 (-18.8-9.4) General satisfaction 0.0 (0.0-0.0) 0.0 (0.0-0.0) 0.0 (0.0-0.0)
Variable 8-12 yrs (N=12 - - - - :
Study Design and Sample yrs ( ) Others 12.5 (4.2-20.8) 0.0 (-8.3-8.3) 18.8 (10.4-22.9) 4.2 (-8.3-6.3) In light blue,.domams for which a reduction =5 s observed between BL
Age at baseline, yrS and ET median scores
m HRQoL was assessed at baseline (BL) and at end of trial Mean (SD) / Median 9.8 (1.5) / 10.0 Sport & school 20.1 (9.4-23.4) -1.6 (-15.6-17.4) 39.1 (18.8-45.3) -3.8 (-18.8-0.0)
(ET) In paradigm™5, an open label, single-arm, multi- o _ _ ; References
- SN - T revious regimen prior to stuay entry Dealin 64.3 (35.7-75.0) -3.6 (-25.0-10.7) 32.1 (25.0-35.7) -7.1 (-25.0- -1.8)
national trial in bOyS with haemophllla B. v : ) ° 1. Negrier C et al. Blood 2011; 118: 2695-701.
: : Prophylaxis 10 (83.3% 2. Carcao et al. J Thromb Haemost 2016; in press.
m The sample for the current gnalys|s study comprised a 0 Treatment 39.3 (14.3-50.0) -7.1(-21.4-0.0) 23.2(14.3-375) -8.9(-14.3--1.8) * S etal Haemophilia 2004: 10(Suppl1): 17-25.
subsample from the overall trial for boys age 8-12 yrs. On-demand 2 (16.7%) 4. von Mackensen S et al. Haemophilia 2004; 10(Suppl): 126.
Mean annualised total bleeding rate 12 Total score 30.9 (22.7-39.1) -1.6 (-9.8-0.2) 30.3(24.6-33.6) -7.0 (-11.2- -0.0)
Measures . bk 2.6 . . . . . | | |
months prior to study entry In light blue, domains for which =26 children or parents reported improvements Conflict of interest disclosure
N HRQOL hwaSH assessheld by (ihlldrefn Lan thelr parents Annualised total bleeding rate on study (bleed/yr/pt)* s Median Changes for the scores for which =6 children MC has received honoraria, speaker's fees and researchksupporthfrom Bagter]{Baxalta,
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reported Iimprovements were: -12.5 (‘Friend’), -10.0
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to 100, with lower scores reflectlng better QOL.3 *Annualised total bleeding rates calculated from the total study sample HAEMO-QOL Score) (Table 2) unrestricted research grant from Pfizer. JOOO declares Novo Nordisk. Baxter/Baxalta,
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O reatment satisfaction was assessed by parents using *POisSoN reggression r>:100I(eI ) m Median Changes for the scores for which 26 parents reported Sponsorship for Conferences/Meetings. TC and CSH are employees at Novo Nordisk A/S.
- : : : : Improvements for their children were: -8.9 (‘Treatment’), -7.1 JM, an employee of Mapi, was a paid consultant to Novo Nordisk A/S to conduct the
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