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USE OF ROMIPLOSTIM IN PATIENTS WITH CHROMIC IDIOPATHIC
THROMBOCYTOPENIC PURPURA (CITP) DURING PER-FOPERATIVE
PERIOD
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Background: Convenional frestments for managing cTP in e ped-operafive
period inchude codicos lemeds or VG and Immundasuppressive hempies, Each
of ihess herapies has is own deawbac ks - SRomiplos bm, a hromboposesis s -
uialing peplibody is curmally indicaled for use weskly (or kng-lesm management
o patents with proonged very low platelsl counts {<2MnL ) or bw plalelsl counts
wilh Bleading (20-30dnL). Cessation of Bueragy afler pariods 10 weeks can ba
associled with marked, unrem liing smbound framboodopeniat. | we in e
ped-cpamiive pesod is nol wal sstablshed. Palients whoane rebaciony 1o slemeds
and MG can be a challenge lo manage penopaatvely. Salety data on use of
Neembopodein aganists is Emiled wilh Bl or nopublished data exists on shod-
leam use, such as dusing the perioperative pedod.

Adma: The aim of this coho Sludy was 1o evaluale lhe safely and eflectiveness
o Romiphstm in managing he bleading rek of ¢ TP pabents pesi-cparatively.
Methods: Pasents withc TP requiring surgesy who had proven rebactony o MG
and stenoids were rialed on Romipbstim o delanmine ils eflecivensass al man-
aging e bleeding risk perioparatvaly. Patenis ware ghvan up io Bieme doses
starbng 2 weeks prior 1o lheir surgery wilh a slaring dose of Jpgig. Plaldel
oounts were monllored and subsequent doses was adjusted as necessarny.
Resuls: Thineen sumical prcadures wem palomead afler wsing s prole-
ool and none of the palents irealed with his prolocol expedenced any Heed-
ing complcations peri-operalively (Table 1). One patient exparienced mild
headaches assocaled wilh Romipbstm usage which resolved once Merapy
was ceased One paien] experienced mild rebound hirambocylopenia which
madved Io baseline sponlanecusly afler 4 wesks . One pateni had a delayed
maponse o imatmentl One paient achieved sub-opmal respanse bul no sur-
giedl complcations. Paasible plaleie! dyaluncion did nel agpear o conkibule
o any bleadng complicatims.
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Summary and Conclusions: Romiplostm 5o tar appears 1o be aleclive in
mmanaging bleading risk in the peri-operative period. I aliminates the need for
platele! Fanshisons of Fnmuncgbbulin nesons, saving tis resource. naddi-
o, itis relafively convenient for patients when o nfravenous ther-
apies, inlenms of lime required, invasivensss and incidence and severity of
adverse svents. The palesl responss is maintained beyond one month in
Some cases, and rebound thrembocylopenia does nod appear io be a concem
I our experence. Our data support use of Romiplosim 28 a sale and effec-
e therapy for m anagement of bleeding risk for paients with ¢l TP, dufing e
pefi-operative period
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CIRCULATING FOLLIGULAR HELPER T CELLS IN CHILDREN WITH
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Badground : |mmune Thiom bocyiopenic Purpusa (TP) i an auloeremune dis-
ofder characlefised by low platelel count and mrucoculaneocus bleading.
Frariunolagecal inlerance amang T cells i of paramount Fmponance fofthe con-
rod of auloémmune anlibhody specllicies. Recen] studies sxamined e T-oell
repariohe inpabents with TP and found differences companad with heallhy indi-
viduals, lending further credence io T cells being at the hean of the

ez of he disease. T folicular helper calls (TFH) are the effecior T helper thal
reguisles he slePosize devebpment of anligen-s peclic B ool Fmmunly in viva
I k= Ekaly fhat TFH calls powvide mapprophale haper signals to sell-reactive B
cells in cases of anlibody-medialed aulbbimmune dseases. Recenl sludes
rased the possibility that dy=requlaled TFH cell aclivity may confribule to SLE
i harmans.

Aims: Themdmzudj'ﬂhamﬂzelmmiuelshmwhw
Methods: The #c | TP palients, 15 males and 16 females, with a
median age of 5 years (range 1-15), wese enrolled in the sludy. In13, TFH
analysis was perionmed al disgnoss, prar lo any drug reatment (acule I TP
Eightean patents were errolled in the dhianic phase o the disase (TP Bat
ing formaore han 12meanths); althe time o sample colleclion, patients were al
beasl ane month off-frealment. Twelve healthy childnen were ennaied as oon-
ol group. T cells were anahyzed by flow cylomelry fom peripheral blood
monanudear celis (MNC). Immunoflionescence was perionmed using the fol-
lowdng monocional antibodies (Beclon Déanson )t FITC ani-CD45R0, PE anti-
CXORS, Per-CF an$-C03, APC anli- CD4. Cells were analyzed by using aBD
FACS Canlo |l equigrment and were gated for henphot yies on Bhe basis of heir
forward scallerand side scallerprofle. Amanirmum of 10,000 events of the MNC
tacion was collected. Slatysboal analysis was penionmed with 1he Wilooxon's
rank surm lestand e Feludent es]. Speanman’s rank comnetabon lesl was used
for cametabon analysis.

Results: The medan percentage of circulaling TFH cells mauled ssgnificant-
Iy bvwed 0 acite TP Man i chionie TP patents {, Dersuad, 6
P=00001) and in acite TP patients than it contols (4, BversysT, T
P=0.0004). No sagnilicant commalalions wene delecied betwean TFH cells and
plaledd countd, betwesn TFH cells and gender, and balween TFH cells and
anamnesic dala (family history for aulcsmmune disease, recent hisiory for
infeclion of vaccination).

Summary and Conclusions: 0w results sugges hal dysreguiated TRH may
have a prognostic vakee in TP
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AMULTICENTER OBSERVATIONAL STUDY FOR EARLY DIAGNOSIS OF
GAUCHER DISEASE IN PATIENTS WITH SPLENOMEGALY ANDIOR
THROMB OCYTOPENLA
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Background: Gaucher disease (GD) = an aul wal h wal
mmr&mmmwmdwmmammw
Lation of in the miiculoendotheial calls. Prevalence of GD &
elovaled in Ashkenari Jewizh populaton (1450-11000), and rare i e non-
Azhkenazi | 1V40000- 160000} GD = a mulisystermic dessse; cyiopenias and
splenoimegaly are fequently the presenting s yrploms leading Lo ham aloogi-
cal evalualion Data fram e Gaucher Registry 2008 show hal splenomegaly
and hrambocylopenia are present a diagnosis in mone han 5000 patients
(respecvely 86% and 60%). Because of he non-specic presenting symp-
lomms, dagnoaic delays are Fequent, kading lo severe compleations incud-
ing hemaiological mabgnances Fnryme replacem end therapy is availahle and-
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