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ODbjective Conclusions

m Evaluate the pharmacokinetics (PK) of nonacog
beta pegol (N9-GP) In adult/adolescent and
pediatric patients with hemophilia B in two phase

m Due to the long half-life of N9-GP, the mean
trough value for most patients (217%) was In the
range of mild hemophilia (factor IX [FIX] activity

m As expected, children exhibited lower plasma FIX
activity levels and incremental recoveries versus
adults/adolescents. All these values were higher

m The mono-exponential decay of FIX plasma

activity profile (which differs from other long-
acting products)? favorably supports once weekly

3 trials (paradigm ™2 and paradigm ™5). 5-40%)! after once-weekly dosing at 40 [U/kg. than data from standard FIX products. N9-GP prophylactic dosing In patients with

hemophilia B.
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m In adults/adolescents, plasma FIX activity profiles followed a

|ntrOdUCt|On ReSUItS Figure 1 Single-dose PK of N9-GP 40 1U/kg in all age groups. mono-exponential decay after both single-dose administration
| _ _ | _ 1.4+ — 0-6 years and at steady state (Figure 2).
m Nonacog beta pegol (N9-GP), a glycoPEGylated recombinant m Thirty-four patients with full PK profiles (9 adults/adolescents —7-12 years | _ . _ _
factor IX (FIX) product with an extended half-life, was and 25 children) on 40 IU/kg were included in the analysis. =B e - Att ag tlTet ﬂﬂlnts,fflx _act||V|t5/ Wasdprppotrtl?_nally higher at
- - steady state than after single-dose administration.
developed for the prevention and treatment of bleeds with less o rigty four patients (29 adults/adolescents and 25 children) with — 18-70 years 4 ’

L . . o 34 _ _
frequent dosing in patients with hemophilia B. predose FIX measurements at steady state were included in the

FIX activity (IU/mL)
O O O a -
N o0 0 © N

m In two phase 3 trials, N9-GP was well tolerated and provided analysis of trough levels at steady state. | References
effective once-weekly prciﬁhyélams and  bleed cqntroTIM "' m PK parameters for all patients dosed with N9-GP at 40 IU/kg are 0.2 5 1. Srivastava A, et al. Haemophilia 2013;19:e1-e47.
adult/adolescent (paradigm™2)* and pediatric (paradigm™5) shown in Table 1. il 2. Powell J, et al, New Engl J Med 2013;369:2313-2323.
patients with hemophilia B. 10 10 30 50 70 90 110 130 150 170 190 3. Negrier C, et al. Blood 2011;118:2695-2701.
: - 4. Collins PW, et al. Blood 2014;124:3880—3886.
- - o _ Planned time (hours) ) ’
m Here, we evaluate the pharmacokinetic (PK) characteristics of Table 1 PK parameters for N9-GP 40 IU/kg (geometric means). 5. Carcao M, et al. Journal of Thrombosis and Haemostasis 2016;eprint.

Children Data show mean + standard error. FIX, factor IX; N9-GP, nonacog beta pegol; PK, pharmacokinetic.

N9-GP across all age groups.
(single-dose PK only)

Adults/adolescents?2

m Overall, plasma FIX activity levels were lower in children of all
ages than in adults/adolescents.

Geometric mean 0-6 yrs@ VA
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