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3. Reduced-intensity, risk

factor-stratified

immunosuppression for micromedex
acquired hemophilia A:single- KU
center observational study[8]

4. K AFIEST FEEE (2020

F 0 [4]
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2.International evidence-based consensus
diagnostic and treatment guidelines for

unicentric Castleman disease.[11]

1.International, evidence-based
consensus treatment guidelines for
idiopathic multicentric Castleman
disease[10]

2.International evidence-based consensus
diagnostic and treatment guidelines for

unicentric Castleman disease.[11]

1.International, evidence-based
consensus treatment guidelines for
idiopathic multicentric Castleman
disease[10]

2.International evidence-based consensus
diagnostic and treatment guidelines for
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HhEFR

FTH%F-a

R

THFa

HEER

AL R

R

A A

AR

E A

7

Erdheim-
Chester /&
Erdheim-
Chester /&
Erdheim-
Chester &
Erdheim-
Chester /&
Erdheim-
Chester /&
Erdheim-
Chester J&@

WGIT - BRAF V600 % 7% Hy

Erdheim-Chester /7, 480-960 mg

B, —R#EK

3miU T4, #A3% U

BERE) 3 H6~9mIU Z T

a, #AEK (&)

BT ES 135 ng/ A (FREA
), A TEA 180 ug/ A

JT14 BRAF V600 L%
KRAS Q61H % % #y Erdheim-

Chester & HI Bk &35 /7

6 mg/m? kAT, SH 1K,

#E5 H, 4 AA—AAH

2mg/ X

1.FDA ##[13].

2. Consensus guidelines for the
diagnosis and clinical management of
Erdheim-Chester disease[14]
Consensus guidelines for the diagnosis
and clinical management of Erdheim-

Chester disease[14]

Consensus guidelines for the diagnosis
and clinical management of Erdheim-

Chester disease[14].

Trametinib after disease reactivation
under dabrafenib in Erdheim-Chester
disease with both BRAF and KRAS

mutations.[15]

Consensus guidelines for the diagnosis

and clinical management of Erdheim-

Chester disease[14].

1.Sirolimus plus prednisone for

Erdheim-Chester disease: an open-label

trial. [16]
2. Consensus guidelines for the
diagnosis and clinical management of

Erdheim-Chester disease[14].
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A F
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AWE
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A F
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micromedex
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WA F|E H 0.75mg/kg/ X, 76  Sirolimus plus prednisone for Erdheim-
Erdheim- micromedex
KA FA ERE A A A EHT R RE Chester disease: an open-label trial.
Chester /& Kk F
0.125~0.5mg/kg/ X [16]

x4 ATENETRA DAL ®HAS AL EX

Al A BT R4
A% BRAENE  AEAE BRI R 5% X
A HER 7%

¥k A 25 200mglk, 2~3 KIH, B
Androgens and liver tumors:
R Ja, #FAE—HR AL EH 50%3K micromedex
ik Ak ERE SR RA M Fanconi's anemia and non-
B, 183 AARE K — By R KR FE
Fanconi's conditions.[17].
J6] 328 R

k5 FITIET B DT R A 2R 4 A A JE AR 2 R L BR F R 20 E k

B RERHA Y& IE 4E &
A 4 Pl AR B 38 5 & Sk
HERA AR %
HRFAHNFE 3.Tmg/ m?, #kEL, £
HAEFR
ZWRAHFE 5.5mg/ m?, FAGES, &
R A& X Classlla,
ZRFAHAE 7.4mg/ m2EE kA, &
At 20 L 4 21 EHEER
K& & R JE ok B R & 9.25mg / m?, # fikiE4T, FDA #/£[18]
il il Classlla,
EHRFAARE 11.1mg/ m?, #fiE
bid R % %
F, HR—F, SRAEMALANELE
Category B

& A £ 3£ ] 18.5mg / m?,
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Y P 4L 2R
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EULE)

BA A ST

\\

s
pu

il oRZ e

i) o S

=

BA 45 AT

2 i £HL 2R

17— T 10 4 & & Sk 6 M B 48 AT
WA RAIE S L EREWHR

¥, EHBERARKENE K Smgim?, & H
%th, HF4& 3K, ¥E 6.5mgm?, #F
ZIRIEE, &% 6 MAH., mHEE
5 100mL £##AGRE, HELFEHEX

X

\é\#

o

2,500 B IR RS 6 1 B R P BA 46 XA 48
BRI L JE R LE BUETT, U

5~Tmglm?/ X B9 7 & # fkE 4T R4 R R,
#HEE5R, HE21 £28 K. Bx¥#

ZR* 6 AT RBIETT .

F A #BEIE 200mg/L (0.02%) . £
R RKEL, WHTPHAEN2E
3mg/K, 10 péEwiET %, ER—K
BATHE, ERHIER, REKIT
RERAER K, AEE=ZX, &

., BRA—K, HEER,

300mg/m? &k, 7 4 FETEFR A E 1.

8. 15 Ky 4t

1. Efficacy of continuous infusion-
2-CDA (cladribine) in pediatric
patients with Langerhans cell
histiocytosis.[19]

2. Treatment of children with
Langerhans cell histiocytosis with
2-chlorodeoxyadenosine.[20]

3. Analysis of outcome for patients
with mass lesions of the central
nervous system due to Langerhans
cell histiocytosis treated with 2-

chlorodeoxyadenosine. [21]

Long term follow up of topical
mustine treatment for cutaneous

Langerhans cell histiocytosis.[22]

Phase 2 study of oral thalidomide-

cyclophosphamide-dexamethasone

HHMEER
Classlla,
BHEER
ClasslIb,
R

Category B

BN A
PR
Classlla,
wEER
Classllb,
% R
Category C
JLE: A%
HER
Classlla,
"EELR
Classllb,
4R 5
Category B
HREFR
Classlla,

BEFR
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2N S FRgl CENE

E A
RE\HE AR EBRE

%

90 fE 38 A

5

BA 4% IX AR
2] ff 4H 21
il = 3

.

B A% AT
20 i 4HL 21
40 fE 38 A

o

Bt S
2 Hl 4L 2R
4

=

0.4mg/kg 4 B F K

12mg/kg/ X ;

15~20mg/kg/ &

& F 8% 100mg/m2 Fi ok, #4k 4 S,

B4 REZ LK

14

for recurrent/refractory adult

Langerhans cell histiocytosis. [23]

Successful treatment of
Langerhans'-cell histiocytosis with

etanercept. [24]

1. Multisystem Langerhans-cell
histiocytosis with life-threatening
pulmonary involvement--good
response to cyclosporine A. [25]
2. Treatment of relapsed
Langerhans cell histiocytosis by
cyclosporin A combined with
etoposide and prednisone.[26]

3. Cyclosporine therapy for
advanced Langerhans cell
histiocytosis. [27]

1. Etoposide in the treatment of six
children with Langerhans cell
histiocytosis (histiocytosis X)[28]
2. Treatment of Langerhans cell
histiocytosis in children with

etoposide.[29]

ClasslIb,
R E
Category B
HREFR
Classlla,
wHEER
Classllb,
I HE % %

Category C

AR
Classla,
BEER
ClassIIb,
EEFR

Category C

HREFR
Classlla,
"EELR
ClasslIb,
B % R

Category B



HMMEFR

P (R BA 4 1. Pamidronate for bone pain from
Classlla,
WHT 4 osteolytic lesions in Langerhans'-
MK B VEAT BB OE AT ME K BEER B0 90 mgl ok, Z B & BHEER
ERNE  HRER cell histiocytosis.[30].
4 il A#sieiT—k, £4% ClasslIb,
A JET 2. Treatment of Langerhans cell
%%
A TR histiocytosis with pamidronate.[31]
Category C
F6 FATiETERMEERE ML E G RELZ & HE A E X
BUH  ERHEAEAR ERA P& &
BRE  AE FEUEMR I8 57 Uk
HEM  F i 28
Ve 4 Vi e HR
R o Long-term treatment of transfusional iron overload with the oral micromedex
F R ERE  MmaEE  3-6g/K
R iron chelator deferiprone (L1): a Dutch multi-center trial. [32] KUK FE
RIE
& 7 FFi6J7 POEMS & e 4E A2 25 it B 45 R 25 H %
ARE AR TEIEIE{E %
A 4 A AR PR AR B 5% Xk
HEE AL %
AR EWEIT: 25mg/
HAEFR
RMER 3 A, #1F 1 1. Lenalidomide and dexamethasone in patients with POEMS
Classlla,
JE, #4 6/ EH,  syndrome: results of a prospective, open-label trial. [33]
POEMS WHEER
RMER KE i NE BxA-fF F MU ZE K Ar; 2. Efficacy and safety of low-dose lenalidomide plus
g AAE ClasslIb,
/NFIE#EIT: 10mg/  dexamethasone in patients with relapsed or refractory
IR % %
K, BAFEFAMELX POEMS syndrome. [34]
Category B
N
S EKMELA, 28 1.European myeloma network recommendations on diagnosis
AA 1T, #ZE  and management of patients with rare plasma cell dyscrasias.
POEMS micromedex
PHER AR ERE KETEM 4K, [39]
FEAE R

12mg/m?, & X Al

%, DAE KRS

2. POEMS syndrome: 2021 Update on diagnosis, risk-

stratification, and management.[36]
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POEMS
%47E

POEMS
1 RIAE
&6 AE

POEMS

R
N
i

258+ 100mg/f& B,
% 8 X #2 100mg/
F, %15 k&

200mg/ H

S E RN, A
=)

140~200mg/m?, &
TERE B A RIK
Pillhs

5 BB . EX
WEREIT: A E
XE® 1, 4. 5K
fioE & img/m2,
%8 ARME 11 K##
JicE &t 85 B BZ 200
mg, % 1~4 XX
8~11 K # ik ix 4T 3

FE k20 mg

16mg/kg & /& 1 %k

5H AT A ER A

R EA

3. Safety and efficacy of thalidomide in patients with
POEMS syndrome: a multicentre, randomised, double-blind,

placebo-controlled trial.[37]

1. European myeloma network recommendations on
diagnosis and management of patients with rare plasma cell
dyscrasias. [35]

2. POEMS syndrome: 2021 Update on diagnosis, risk-

stratification, and management. [36]

1. European myeloma network recommendations on
diagnosis and management of patients with rare plasma cell
dyscrasias. [35]

2. POEMS syndrome: 2021 Update on diagnosis, risk-
stratification, and management. [36]

3.Successful treatment of newly diagnosed POEMS

syndrome with reduced-dose bortezomib based regimen.[38]

POEMS syndrome: 2021 Update on diagnosis, risk-

stratification, and management. [36]

1. Update on the Diagnosis and Treatment of POEMS
(Polyneuropathy, Organomegaly, Endocrinopathy,
Monoclonal Gammopathy, and Skin Changes) Syndrome: A
Review.[39].

2. POEMS syndrome: 2021 Update on diagnosis, risk-

stratification, and management. [36]
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3. Safety and efficacy of thalidomide in patients with
POEMS syndrome: a multicentre, randomised, double-blind,
placebo-controlled trial.[37]

4. Successful treatment of newly diagnosed POEMS

syndrome with reduced-dose bortezomib based regimen[38]
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1. Management of systemic AL amyloidosis:
Recommendations of the Myeloma Foundation of
Australia Medical and Scientific [41] HRMEER
2. Guidelines on the management of AL Classlla,
BAWHE HHRERMF (F) K
A amyloidosis. [42] AL
AL K ERE  HRENR  ABRARERe T
il 3.Induction therapy with bortezomib and ClassI,
Hx ZEH
dexamethasone followed by autologous stem cell IEEER
transplantation versus autologous stem cell Category B
transplantation alone in the treatment of renal AL
amyloidosis: A randomized controlled trial. [43]
HAREER
BELM®E BABELTAWHEOMR  Tolerability and efficacy of thalidomide for the
ClasslIb,
WHER  RFA ERE R EHR  WFIEMK 200mg. & treatment of patients with light chain-associated
BHEER
B %, M4&/2 AL (AL) amyloidosis. [44]
Classllb,
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200mg/ K 3 & 3 fm | %R

, A& % 800mg Category B

i

1. Salvage therapy with lenalidomide and

HBEER
KA R 15mg, & H 1 dexamethasone in patients with advanced AL
BEEMNR Classlla,
K, T 28 RE#RI% 1 amyloidosis refractory to melphalan, bortezomib,
B A BEER
EAERE RE  ENE AEH2L KOk, B4 and thalidomide. [45]
HEBRA Classllb,
& R (30 2. A phase |l trial of cyclophosphamide,
EITH & IEEFR
PR Bt iz lenalidomide and dexamethasone in previously
Category B
treated patients with AL amyloidosis.[46].
HEHER
BERMNR ClassIIb,
VAT High-dose melphalan and autologous bone marrow
A ER  200mg/im? BX & A E R BEER
xEL A ERNE transplantation for systemic AL amyloidosis with
HERBRE  BHEET Classllb,
il cardiac involvement. [47]
IR B F R
Category B
EHENAHHE L, 8.
¥ &=
E 4t 15, 22 X, BARE#fk  Daratumumab plus CyBorD for patients with newly
o A micromedex
B R r ENE VE AT I B R diagnosed AL amyloidosis: safety run-in results of
HRIK A RUEE
il 300mg/m?, E:&-#&%=  ANDROMEDA. [48]
BT H R
o, ®% 6 EH
1. A prospective phase 2 trial of daratumumab in
RMAMER, &4 -E HHEHER
patients with previously treated systemic light-
%1KR., #8K. %15 Classlla,
B A% chain amyloidosis. [49]
rEZR  EH K. & 22 R##foEH HEER
ERE  EARER 2. Daratumumab for systemic AL amyloidosis:
B bl 16mg/kg, Z J& % 3~6 J Classlla,
HEx prognostic factors and adverse outcome with
HER— ARG —K, IEEF R
nephrotic-range albuminuria. [50]
ZEHARAL LK. Category B

18



E At BEhWHR ORI FHKIESH  Daratumumab plus CyBorD for patients with newly
micromedex
WEXM A ERE O EARENR EXMN 40mg GREF diagnosed AL amyloidosis: safety run-in results of
FUFE
il B ®), %% 6 1MNAH. ANDROMEDA. [48]
HMMEER
RE MR Classlla,
A phase 2 trial of pomalidomide and
HEAER BRAMEXNER, & BEER
BEER KRE  ENE dexamethasone rescue treatment in patients with
BHEIE  Kamg, HFH 1K ClasslIb,
AL amyloidosis. [51]
BT HE IEEER
Category B
10 FTI67 4% 7] 2 f 4 i 2 o U A B 25 B X
A A TEIEIEE %
A 4 A HpHFRNE EEAR® TEIEARYE 57 Rk
HEA 4
HHMER
#iE5l &, & H 15mg/kg # K O Classlla,
JAB@pES Mk, RE\EDARITE, &F 12 & BEZR
# AR FA ERE FDA #%[52]
miF(FEIEAR) ¥ 5mg/kold, HE|RARE Classlla,
35mg/kg/d %R
Category B
B MER
K% 30kg LL T, &k 159, & H 2 Classl,
L-4 £ Bt SIJEL RS K 4hE 30~65kg, 4K 10g, & BHEER
fRE  ERE FDA #£[53]
i 1 5% Bl 2%; thE 65kg ML b, &% Classl,
159, & H 2% ISR
Category B
%11 A FRA- MRS~ R bk 5 A ME S5 B W5 R 25 B 7
# B PB4 &
A 4 A R E AR A% UK 38 B 52 SR
FRA %
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2. The Wiskott-Aldrich syndrome. [55]

The Wiskott-Aldrich syndrome. [55]

Thrombopoietin receptor agonists in hereditary

thrombocytopenias.[56]

1.Effects of eltrombopag on platelet count and
platelet activation in Wiskott-Aldrich
syndrome/X-linked thrombocytopenia.[57]

2. Thrombopoietin receptor agonists in hereditary

thrombocytopenias. [56]

Thrombopoietin receptor agonists in hereditary

thrombocytopenias. [56]

Reconstitution of normal megakaryocytopoiesis
and immunologic functions in Wiskott-Aldrich

syndrome by marrow transplantation following

myeloablation and immunosuppression with

busulfan and cyclophosphamide[58]
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myeloablation and immunosuppression with

busulfan and cyclophosphamide[58]
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